ACCELERATED ATMP This Roadmap Tool sets out the key steps and activities in the end-to-end
ACCESS pathway for Advanced Therapy Medicinal Products (ATMPs) in England
COLLABORATIVE ROADMAP from non-clinical research through to treatment provision & monitoring.
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What is the ATMP Roadmap Tool? What best practice principles should Roadmap users keep in mind?
This Roadmap Tool sets out the key steps and activities in the end-to-end pathway for
Advanced Therapy Medicinal Products (ATMPs) in England from non-clinical research

through to patient treatment. The pathway signposts where differences exist between

There are some suggested best practice principles to keep in mind whilst bringing
ATMPs through the end to end pathway which will support in bringing these drugs
to NHS patients as efficiently as possible.

devolved nation (Scotland, Wales and Northern Ireland) and ATMP archetype (listed below):

* Gene therapies (modification of the genetic material of living cells within or outside the
body —in vivo and ex vivo)

e Somatic cell therapies (the administration of human living cells which have been
manipulated or processed outside the body — ex vivo)

* Tissue-engineered products (which contains cells or tissues administered with a view to
regenerating, repairing or replacing a human tissue)

England has a nationalised healthcare system with a single payer, NHS England, a single
regulator, MHRA, and a single Health Technology Assessment body, NICE, which makes
market access reimbursement decisions. In order for a medicine to be commissioned as
decided by the NHS in each devolved nation of the UK, the medicine must be licensed by the
MHRA and undergo a Health Technology Assessment by NICE (or the applicable devolved
nation body). Descriptions of these, and other interacting stakeholders that are referenced
throughout the ATMP Roadmap can be found here along with a description of their role.

Who should use this Roadmap Tool?

A significant number of ATMPs are due to be assessed for potential reimbursementin the

coming years; this Roadmap Tool has primarily been designed for ATMP developers and

other ecosystem partners & stakeholders looking to navigate England’s ATMP landscape and

gain a deeper understanding of:

e Steps and activities that are mandatory (and optional) at each stage of the ATMP
pathway

* When these steps and activities should be conducted

* The external guidance available at each stage of the ATMP Roadmap and where to find it

e The stakeholders involved at each point through the pathway

* Best practices/tips to help navigate the pathway

How was the Roadmap created?

Please see the following page for acknowledgements, information on funding and
development, how the Roadmap is kept up to date and referencing of the document

Engage early

Early engagement and collaboration between ATMP manufacturers and
healthcare system stakeholders such as MHRA, NHSE and NICE during the
product development and regulatory stages of the pathway can ensure alignment
on future product-specific requirements and therefore ensure system readiness.

Seek advice and support

Take advantage of the wide range of available guidance and support offered by
NHS and other ATMP ecosystem stakeholders throughout the ATMP pathway in
order to gain a understanding of the UK landscape and how to meet the specific
requirements of the regulators, commissioners and providers.

Minimise complexity

ATMPs are by nature very complex medicines, but seek to minimise additional
complexity where possible and look for where standardisation can occur across
ATMPs e.g. through service delivery requirements in order to speed up time to
market and patient access.

Patient centricity

Keep the patient in mind throughout the end-to-end pathway and engage with
patient groups to keep them at the heart of development, ensuring consideration
of the diversity of patient populations.
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Non-clinical research Regulatory licences & certification

What licences and/or approvals are What key regulatory steps are required to
required to conduct research? receive marketing authorisation?

[ Regulatory and/or scientific advice ] [Animal model identification & sourcing ] Genetically Modified Organisms notification [if [ Paediatric Investigational Plans approval
[ATMP classification ] [Manufacturing and supply chain planning ] applicable] [ Regulatory approval route selection
ATMP quality and non-clinical study [In vitro and in vivo studies ] [Human Tissue Authority licence ] International marketing authorisation
[requirements ] [D i qdi i " ; ] [GXP compliance & certification ] [coordination via Project Orbis [optional]
elivery and diagnostic route assessmen
[Animal model identification & sourcing ] [R hd - idati ] [Medicinal Product Manufacturer licence(s) ] [International marketing authorisation
esearch documentation consolidation PR ; ;
coordination via Access Consortium [optional
[Manufacturing and supply chain planning ] [UKCA marking coordination [if applicable] ] [ [op ]
Marketing Authorisation submission planning
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~ [ Post-authorisation compliance
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Clinical trials

What steps are required for clinical trial
application?

What clinical trial steps should be performed
prior to marketing authorisation?

GxP compliance & certification

Clinical trial reporting

Expert Advisory Group Clinical Trial Assessment
[if applicable]

[Cllnical trial planning, design & protocol

development

Governance & process documentation

Informed consent procedure development

Clinical trial registration

Clinical trial authorisation

Research documentation consolidation
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End of trial declaration

Subsequent trial phase completion
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Horizon scanning registration
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Market access

"Innovative Licensing and Access Pathway (ILAP) )
\[optional]

>
International marketing authorisation
\coordination via Project Orbis [optional]

VAN

>
International marketing authorisation
coordlnatlon via Access Consortium [optlonaI]

Promising Innovative Medicine designation
[optional]

4
[ EAMS scientific opinion [optional]

—

Early advice on Market Access process
[optlonaI]

"Health Technology Assessment Technology
\Appraisal

VAN

"Health Technology Assessment Highly

\Specialised Technologies evaluation

Patlent Access Scheme [optional]

[ Commercial Access Agreement [optional]

[ Managed Access Agreement [optional]
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How are ATMPs commissioned?

[ Routine commissioning ]

[Commissioning via Managed Access ]
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~7-10y.

~7-10y. ©

~6y. @

Non-clinical research licences
received

Non-clinical research
programme completed

Medicinal product manufacturer
licence received

Clinical trial treatment sites identified { ~4-6y. @ Clinical trial plan developed &
approved

~36 mo.
~4-6y.
~12 mo.

Horizon scanning registered

Early access granted

Clinical trials conducted

~3-7 mo.

after MA
submission

Day 0

~+0-12 mo.

~+3 mo. from
decision

ongoing

ongoing

ongoing

Marketing authorisation
dossier submitted

© HTA dossier submitted

Marketing authorisation

] .
received

© HTA decision published

NHS commissioning route decided
or interim access granted

@ Treatment centres identified

Service delivery readiness
assessed

Treatment provided to

@ patient(s)

Short term patient
monitoring

Clinical, pharmacovigilance

© and other data collected

Milestone key

Non-clinical research

Regulatory licences & certification
Clinical trials

Market access

Commissioning

Service delivery readiness

@0 000 e o

Treatment provision & monitoring

*Please note that many steps and activities required to reach each
milestone will occur in parallel and are not fully sequential. Refer to
each section and topic for more details. All timings are estimates,
will vary based on individual ATMP and are intended to be used as
a guide. Timings provided are related to time of marketing
authorisation (day 0). Not all milestones or commissioning routes
etc. detailed in the roadmap are includedin this summary timeline.
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Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical trial . .
. Clinical trial plan developed
v treatment sites 5 & approved
Regulatory and/or scientific identified

advice

If developers have any queries at any point throughout the regulatory or research & development
processes, they may request a meeting by contacting the MHRA directly or by completing the MHRA
ATMP classification “ATMP advice form”.

Horizon scanning ®

registered Clinical trials conducted

Early access
granted

The Regulatory Advice Service for Regenerative Medicine (RASRM) also provides a single point of \arketing authorisat
q 9. arketing authorisation
ATMP quality and non-clinical contact to UK regulatory bodies and provides free co-ordinated advice for R&D developers. dossior supmittod
study requirements

After MA

.. HTA dossier submitted
submission

If an ATMP product includes a medical device component, manufacturers should engage with relevant

Animal model identification & MHRA divisions for medical devices and other bodies [if applicable].

sourcing Marketing authorisation

Day 0 received

Developers may also consider requesting scientific advice from the MHRA or joint scientific advice with
Ma’_‘UfaCtur_i”g and supply the MHRA and NICE to help shape their approach to both clinical and non-clinical research. There may ~40-12 mo. () HTA decision published
Al planl be fees involved for these services.

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

. Treatment provided to
ongoing

patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market


https://www.gov.uk/government/publications/mhra-fees/current-mhra-fees#scientific-advice-meetings-fees

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial

Clinical trial plan developed

treatment sites 8

Regulatory and/or scientific h identified S
I o Request a free meeting with the MHRA innovation office here A _

o Review guidance from the MHRA on regulation of ATMPs here :'e"gri'szt‘;rr‘:;a””'”g o R
ATMP classification o Request regulatory advice from the MHRA by completing the ATMP advice form here R s conduce

o Contact the Regulatory Advice Service for Regenerative Medicine (RASRM) by calling the MHRA granted

customer services team on 0203 080 6000 or email info@mhra.gov.uk ' .

ATMP quality and non-clinical o Consider requesting joint scientific advice with the MHRA and NICE here 2”;2?5:'25§;;“£;‘”“°"

LIl Ul o ATMP developers can also register with the NHS Innovation service here, at any point throughout the

After MA
development process .l

.. HTA dossier submitted
submission

Animal model identification &

sourcing When Day 0 xigli(:;;ng authorisation
At any point throughout the R&D and regulatory processes
Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

. Treatment provided to
ongoing

patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market


https://info.mhra.gov.uk/forms/innovation_form.aspx
https://www.gov.uk/guidance/advanced-therapy-medicinal-products-regulation-and-licensing
https://info.mhra.gov.uk/forms/atmp_form.aspx
mailto:info@mhra.gov.uk
https://www.nice.org.uk/about/what-we-do/life-sciences/scientific-advice/nice-mhra-scientific-advice
http://www.innovation.nhs.uk/
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ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Regulatory and/or scientific

advice

o Tailored regulatory advice from the MHRA
o ATMP developer and MHRA meeting
ATMP classification o Joint scientific advice from MHRA and/or NICE

Horizon scanning ®

registered Clinical trials conducted

Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market
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ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview
Clinical trial
treatment sites

identified

Clinical trial plan developed

& approved
Regulatory and/or scientific oP

advice

Horizon scanning ®

registered Clinical trials conducted

ATMP classification Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

. assessed
Refer to all subsequent topics
. . Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
. - . . ongoin
Linked steps Who is involved? Best practices & tips and selected going and other data collected

route to market
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ATMP ROADMAP

research & certification provision & monitoring

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites
identified

Clinical trial plan developed

& approved
Regulatory and/or scientific oP

advice

Horizon scanning ®

registered Clinical trials conducted

ATMP classification Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres
* MHRA decision identified
* RASRM
Service delivery readiness
* NICE y
assessed
v . Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
‘ and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market
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ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

Overview

KEY TOPICS

Clinical trial
treatment sites
identified

Clinical trial plan developed

& approved
Regulatory and/or scientific oP

advice

Horizon scanning ®

registered Clinical trials conducted

ATMP classification Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

su@ﬁi;l;zﬁ HTA dossier submitted
Animal model identification &
sourcing Dav 0 Marketing authorisation
ay received
* For ATMPs, engagement with MHRA at an early stage is
Ivrl1ar_1ufa|ctur-|ng and supply recommended HTA decision published
chain plannin Q o q o
2 : * Developers should request Scientific Advice as soon as is
feasible during the research & development process as it N @RI S BT U
. . decided or interim access
may take some time to receive a response and the
Scientific Advice will help ensure they are progressing along ~+3mo. from Treatment centres
. . . decisi identified
the correct lines with their ATMP development ecision et
* Developers should also ensure to be specific in their advice Service delivery readiness
inquiries assessed
v . Treatment provided to
ongoing patient(s)
- - *Note all timings ongoing Short term patient
E = are estimates monitoring
and will vary
based on ATMP . Clinical & ph igil
Linked steps Who is involved? Best practices & tips - —— ongoing an';"f,iher‘;ai;"lf,ﬁc;?tfdance

route to market
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ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

identified

Regulatory and/or scientific
advice

Manufacturers must identify their drug’s ATMP type according to MHRA classification. If there is
uncertainty;, fill out the MHRA ATMP advice form or consult the MHRA/EMA guidance on ATMP
ATMP classification classification. There may be fees involved for these services.

Horizon scanning ®

registered Clinical trials conducted

Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market


https://www.gov.uk/government/publications/mhra-fees/current-mhra-fees#scientific-advice-meetings-fees
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ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial - .
Clinical trial plan developed

v treatment sites 8 N
Regulatory and/or scientific identified

2 o Review guidance on ATMP classification from MHRA here

o Fill out the MHRA ATMP advice form which can be accessed here
ATMP classification o You can also visit the EMA guidance here for guidance on ATMP classification or apply to get an Early access
opinion from the Committee for Advanced Therapies (CAT)* granted

Horizon scanning ®

registered Clinical trials conducted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical When

LIl Ul Classification can occur during or after drug discovery phase, and advice can be requested at any point

. . . .. After MA
throughout process but ideally prior to commencing non-clinical research -

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed
*EMA ATMP specific guidelines are still recommended as a useful source of guidance post-brexit
Treatment provided to

transition ongoing " atient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing nd other data collected

route to market


https://www.gov.uk/guidance/advanced-therapy-medicinal-products-regulation-and-licensing
https://info.mhra.gov.uk/forms/scientific_advice.aspx
https://www.ema.europa.eu/en/human-regulatory/marketing-authorisation/advanced-therapies/advanced-therapy-classification
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ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

identified

Regulatory and/or scientific
advice

o Identification of ATMP as gene therapy medicinal product, a somatic cell therapy medicinal product
or a tissue engineered product
ATMP classification o The MHRA advice on ATMP in response to form submission

Horizon scanning ®

registered Clinical trials conducted

Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites
Regulatory and/or scientific identified

advice

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

ATMP classification

Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

R o . assessed

[ Regulatory and/or scientific advice ]

. . Treatment provided to

ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips I —— R Q) o sl alsiim el sies

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites
Regulatory and/or scientific identified

advice

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

ATMP classification

Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres

* MHRA decision identified
Service delivery readiness
assessed
v . Treatment provided to

ongoing patient(s)

- : : *Note all timings ongoing Short term patient

E - are estimates monitoring
‘ and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites
Regulatory and/or scientific identified

advice

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

ATMP classification

Early access
granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

assessed
. ) Treatment provided to
ongoing patient(s)
: : : *Note all timings ongoing Short term patient
E - are estimates monitoring
4 and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips il el ongoing e

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
v tcrlviar:tcniletr:iaslites Clinical trial plan developed

S Y & d

Regulatory and/or scientific identified approve

advice The EMA* has developed quality and non-clinical study requirement guidelines specifically for ATMPs,

this guidance is broad and remains useful guidance for UK ATMP developers. ikl ie .
. . . registered Clinical trials conducted
ATMP classification There are two sets of gwdellnes. Early access

* Gene therapies, and granted
* Cell therapy and Tissue Engineering

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &
sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

*EMA ATMP specific guidelines are still recommended as a useful source of guidance post-Brexit assessed

transition . Treatment provided to
ongoing patient(s)

- - - 1. *Note all timings ongoing Short term patient
(=) > Tl are estimates monitoring
- 1 and will vary
. o . i Variationb based on ATMP ; Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetzpe I —— R Q) o sl alsiim el sies

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial - .
Clinical trial plan developed

v treatment sites 8 N
Regulatory and/or scientific identified

advice o Review the gene therapy guidelines here
. . . . . . Horizon scanning
o Review the cell therapy and tissue engineering guidelines here A O
py g g g —— registered Clinical trials conducted
ATMP classification Early access

When granted
Before commencing non-clinical research

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &
sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
*EMA ATMP specific guidelines are still recommended as a useful source of guidance post-Brexit g

transition Treatment provided to

ongoing patient(s)

" : : 1 *Note all timings ongoing Short term patient
E - & ,; are estimates monitoring
‘ 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype R going D oL

route to market


https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-guidelines/multidisciplinary/multidisciplinary-gene-therapy
https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-guidelines/multidisciplinary/multidisciplinary-cell-therapy-tissue-engineering

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Regulatory and/or scientific

advice o For developers of ex-vivo gene therapies it is recommended to review both sets of guidelines

Horizon scanning ®

registered Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &
sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
4 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips aTMP archetpe PSS going O Clieal & pharmacovigl

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &
sourcing Marketing authorisation

Day 0 received
Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

R o . assessed
[ Regulatory and/or scientific advice ]
v ) Treatment provided to
ongoing patient(s)
: - - A *Note all timings ongoing Short term patient
= - ‘i‘} are estimates monitoring
‘ 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype R haies going e

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &
sourcing Marketing authorisation

Day 0 received
Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres
decision identified

Service delivery readiness

assessed
v ) Treatment provided to
ongoing patient(s)
: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
‘ 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype R going D oL

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &
sourcing Marketing authorisation

Day 0 received
Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

* For developers of ex-vivo gene therapies it is recommended Service delivery readiness

to review both sets of guidelines assessed
. ) Treatment provided to
ongoing patient(s)
: : : 1 *Note all timings ongoing Short term patient
S i ) . .
E e, are estimates monitoring
4 7 and will vary
. .. . . Variation by based on ATMP g Clinical & pharmacovigilance
Linked steps Who'is involved? Best practices & tips ATMP archetype and selected ongoing and other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical trial . .
P————— Clinical trial plan developed
. . & d
Regulatory and/or scientific identified 2PProve
2 Developers should identify suitable animal models for their ATMP and engage with contract research
. . Horizon scanning ®
organisations (CRO) to source. registered Clinical trials conducted
ATMP classification Early access
For many ATMP developers, compliance with Good Laboratory Practice (GLP) when using animal granted
models for research may not be feasible. If this is the case, developers should discuss the implications \arketing authorisat
q 9. . . . . arketing authorisation
ATMP quality and non-clinical of this with the MHRA and ensure that the principles of GLP can be followed. donie e

study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
Clinical trial - .
v treatment sites Clinical trial plan developed
S “Y & d
Regulatory and/or scientific identified approve
aalize o ldentify suitable animal models for the ATMP
H H H “" ”n H i i
o Cell and Gene Therapy Catapult can provide assistance by using the “contact us” feature here ey Q) .
. . . . - registered Clinical trials conducted
ATMP classification o Engage with contract research organisations to source animal model Early access
o Discuss implications with the MHRA (if applicable), by reaching out to the MHRA Innovation Office granted
here et ot
ATMP quality and non-clinical (';’(';rsis:';?bi:itttz;'sat'on
study requirements When

After MA

.. HTA dossier submitted
submission

Before commencing non-clinical research; engage early to identify and source animal models as the
Animal model identification & process may take up to 12 months

sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market


https://ct.catapult.org.uk/how-we-work/non-clinical-safety
https://info.mhra.gov.uk/forms/innovation_form.aspx

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Regulatory and/or scientific

advice o Identified and sourced animal models for ATMP research
Horizon scanning
istered © - .
ER Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified
[ Regulatory and/or scientific advice ] Service delivery readiness
R Tt assessed
[GxP compliance & certification ]
v ) Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
y and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing S dletheridata collecied

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

/ - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres
* MHRA decision identified
* CRO
Service delivery readiness
assessed
v . Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
‘ and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Overview To-do list

KEY TOPICS

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing

Marketing authorisation

Day 0 received

Manufacturing and supply

. . HTA decision published
chain planning

NHS commissioning route

* If planning to perform in-vivo research for an ATMP, decided or interim access
identifying and sourcing suitable animal models can be a ~+3mo. from Treatment centres
complex task. It is important to engage early with CROs to decision identified
source appropriate animals as this can be a time consuming Service delivery readiness
step. assessed

v ) O Treatment provided to
ongoing patient(s)
: : : *Note all timings ongoing ¢y Short term patient
E = are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips I —— ongoing Q | other’Lata couectged

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice Developers should seek support (if required) and conduct manufacturing and supply chain planning,
including but not limited to; refrigeration, packaging, courier and labelling requirements. :‘e°ri'szt‘;rr‘esdc""””'”g O
- As part of manufacturing planning, developers should consider the relevant quality control (QC) & R e
Al el requirements and determine the assays that will be used for the manufacturing process. Ear'\/tazcess
grante
) . After determining the above, ATMP developers must manufacture the ATMP for use in their research Marketing authorisation
ATMP quality and non-clinical . . . . . . . . ) )
e e studies, or co-ordinate with a relevant Good Manufacturing Practice (GMP) contractor if this process is dossier submitted
bemg OUtsourCEd. AL HTA dossier submitted
submission
Animal model identification & As non-clinical research develops and further data are gathered, developers should ensure that
oLtk relevant QC and manufacturing processes are updated and developed in line with research findings. Gep@ (©) M GBS

received

Manufacturing and supply

r - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

. Treatment provided to
ongoing

patient(s)
u - : A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
‘ 1 and will vary
Variation by based on ATMP Clinical & pharmacovigilance

Linked steps Who is involved? Best practices & tips ATMP archetype ORI ongoing O 1 other data collected
route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
v tcrlviar:tcniletr:iaslites Clinical trial plan developed
e g d
Regulatory and/or scientific identified IO
ekl o Review the gene therapy R&D guidelines here
. . . . Hori i
o Review the cell and tissue therapy R&D guidelines here oo 2 O .
. . . . . . s s Clinical trials conducted
ATMP classification o Rev!ew Na.tlorTaI Institute of Biological Standards and control standarc_is for blc?ass.ays he_r.e Early access
o Review guidelines and resources from the EMA on Good Manufacturing Practice in relation to ATMPs granted
here

Marketing authorisation

ATMP quality and non-clinical o Review the Orange Guide and international guidelines from PIC/S here dossier submitted
study requirements

After MA . .
' ' - When . HTA dossier submitted
Animal model identification & During non-clinical research phase, prior to non-clinical study commencement
sourcing Dav 0 Marketing authorisation
4 received
Mal:'UfaCtur-mg and supply ~+0-12 mo. HTA decision published
chain planning
NHS commissioning route
decided or interim access
~+3mo. from Treatment centres
decision identified
Service delivery readiness
assessed
. Treatment provided to
ongoing patient(s)
- - - 1 *Note all timings ongoing Short term patient
° i . . .
E A, are estimates monitoring
y H and will vary
) Lo ) ) Variation by based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype ORI ongoing O 1 other data collected

route to market


https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-guidelines/multidisciplinary/multidisciplinary-gene-therapy
https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-guidelines/multidisciplinary/multidisciplinary-cell-therapy-tissue-engineering
https://www.nibsc.org/standardisation.aspx
https://www.ema.europa.eu/en/human-regulatory/research-development/advanced-therapies/support-advanced-therapy-developers#gmp-requirements-section
https://picscheme.org/docview/2231

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Regulatory and/or scientific

advice o Planning documentation for manufacture and supply chain
o Quality control requirements forizon scanning. (3
y registered Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Dav 0 Marketing authorisation
v received

Manufacturing and supply

r - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
4 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips aTMP archetpe PSS going O Clieal & pharmacovigl

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Dav 0 Marketing authorisation
v received

Manufacturing and supply

r - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified
[ Regulatory and/or scientific advice ] Service delivery readiness
R Tt assessed
[GxP compliance & certification ]
v ) Treatment provided to
ongoing patient(s)
: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
y 1 and will vary
. P . . Variation by based on ATMP i Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype [RORRE] going and other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &

sourcing Dav 0 Marketing authorisation
v received

Manufacturing and supply

r - ~+0-12 mo. HTA decision published
chain planning

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres
decision identified

Service delivery readiness

assessed
v ) Treatment provided to
ongoing patient(s)
: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
‘ 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype R going D oL

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

B D g A X i - Non-clinical research
What advice is available for non-clinical research 2 What operational steps are required as part of non-clinical licences received

1 development? research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Regulatory and/or scientific identified & approved
advice

Horizon scanning ®

(EEE == Clinical trials conducted
ATMP classification Early access

granted

Marketing authorisation
dossier submitted

ATMP quality and non-clinical
study requirements

After MA

.. HTA dossier submitted
submission

Animal model identification &
sourcing

Marketing authorisation

Day 0 received

* Developers should ensure that the manufacturing and
supply chain processes are updated as and when
developments occur, during both non-clinical and clinical

Manufacturing and supply

. . HTA decision published
chain planning

research NHS commissioning route
* If using a sub-contracted manufacturer, ensure that all decided or interim access
relevant contractual agreements are in place
g . ~+3mo. from Treatment centres
* Developers are recommended to review guidance from SPS decision identified
on product design considerations for optimising ATMP
. . 3 Service delivery readiness
implementation in the NHS here assessed
v . O Treatment provided to
ongoing patient(s)
. ; *Note all timings ongoing ¢y Short term patient
E = are estimates monitoring
i and will vary
) Lo ) ) Variation by based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype ORI ongoing Q 1 et data collected

route to market


https://www.sps.nhs.uk/articles/product-design-considerations-for-optimising-atmp-implementation-in-the-nhs/

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

Animal model identification & identified
sourcing Developers should identify suitable animal models for their ATMP and engage with Contract Research
Organisations (CRO) to source AONECE SIS (o
. & ’ registered Clinical trials conducted
Manufacturing and supply
chain planning For many ATMP developers, compliance with Good Laboratory Practice (GLP) when using animal ;i\;’mzzcess
models for research may not be feasible, if this is the case, developers should discuss the implications
of this with the MHRA and ensure that the principles of GLP can be followed. EIL R IE T G e

In vitro and in vivo studies dossier submitted
After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?
Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
Clinical tnal. Clinical trial plan developed
treatment sites b
0 0 T . . e & approved
Animal model identification & identified
sourcing o ldentify suitable animal models for the ATMP
. . . Horizon scannin
o Cell and Gene Therapy Catapult can provide assistance by using the “contact us” feature here registered 0 Clinical trials conducted
. . . . . inical trials conducte
Manufacturingand supply o Engage with contract research organisations to source animal model Early access
chainiplanning o Discuss implications with the MHRA (if applicable), by reaching out to the MHRA Innovation Office granted
here
- Marketing authorisation
In vitro and in vivo studies dossier submitted
When
. . . . . After MA : :
Before commencing non-clinical research; engage early to identify and source animal models as the Sub’;ﬁ;ion HTA dossier submitted
Delivery and diagnostic route process may take up to 12 months
assessment Dav 0 Marketing authorisation
W received
Research documentation ~20-12 mo. HTA decision published
consolidation
NHS commissioning route
decided or interim access
~+3mo. from Treatment centres
decision identified
Service delivery readiness
assessed
. Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
= - are estimates monitoring
y and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips - —— ongoing QO _ other%ata coIIectged

route to market


https://ct.catapult.org.uk/how-we-work/non-clinical-safety
https://info.mhra.gov.uk/forms/innovation_form.aspx

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Animal model identification &

sourcing

o ldentified and sourced animal models for ATMP research

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial
treatment sites
identified

Clinical trial plan developed

& d
Animal model identification & approve

sourcing

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified
[ Regulatory and/or scientific advice ] Service delivery readiness
R Tt assessed
[GxP compliance & certification ]
v ) Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
y and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing S dletheridata collecied

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial
treatment sites
identified

Clinical trial plan developed

& d
Animal model identification & approve

sourcing

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres
* MHRA decision identified
* CRO
Service delivery readiness
assessed
v . Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
‘ and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
Clinical trial
treatment sites

identified

Clinical trial plan developed

& d
Animal model identification & approve

sourcing

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment Marketing authorisation
Day 0 .

received

Research documentation

. . HTA decision published
consolidation

* If planning to perform in-vivo research for an ATMP, NHS commissioning route
identifying and sourcing suitable animal models can be a decided or interim access
complex task. It is important to engage early with CROs to i i Treatment centres
source appropriate animals as this can be a time consuming decision identified
Step' Service delivery readiness

assessed

v . O Treatment provided to
ongoing patient(s)
: : : *Note all timings ongoing ¢y Short term patient
E = are estimates monitoring
’ and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing Q other%ata Couectged

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

identified

Animal model identification &

SELTE Developers should seek support (if required) and conduct manufacturing and supply chain planning,
Horizon scanning
®

including but not limited to; refrigeration, packaging, courier and labelling requirements. registered Clinical trials conducted
Inical trials conducte:

Manufacturing and supply

Early access

chain planning As part of manufacturing planning, developers should consider the relevant quality control (QC) granted

requirements and determine the assays that will be used for the manufacturing process.

Marketing authorisation
In vitro and in vivo studies After determining the above, ATMP developers must manufacture the ATMP for use in their research dossier submitted
studies, or co-ordinate with a relevant Good Manufacturing Practice (GMP) contractor if this process is After MA

being outsourced. submission HTA dossier submitted

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

As non-clinical research develops and further data are gathered, developers should ensure that relevant

, QC and manufacturing processes are updated and developed in line with research findings.
Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

. Treatment provided to
ongoing

patient(s)
u - : A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
‘ 1 and will vary
Variation by based on ATMP Clinical & pharmacovigilance

Linked steps Who is involved? Best practices & tips ATMP archetype ORI ongoing O 1 other data collected
route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
Clinical trial . .
P————— ; ghmcal trlz:jl plan developed
Animal model identification & identified 2PPIOvE
sourcing o Review the gene therapy R&D guidelines here
. . . . Hori i
o Review the cell and tissue therapy R&D guidelines here reogrilszt(;?esdcanmng Q S S S
= . . o o . . Inical trials conaucte:
Manufacturing and supply o Review National Institute of Biological Standards and control standards for bioassays here Early access
chainplanning o Review guidelines and resources from the EMA on Good Manufacturing Practice in relation to ATMPs granted
here \arketing authorisat
. . . . . . arketing authorisation
In vitro and in vivo studies o Review the Orange Guide and international guidelines from PIC/S here dossier submitted
When Afte'r MA HTA dossier submitted
. .. . .. submission
Delivery and diagnostic route During non-clinical research phase, prior to non-clinical study commencement
assessment Marketing authorisation

2270 received
Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
4 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips aTMP archetpe PSS going O Clieal & pharmacovigl

route to market


https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-guidelines/multidisciplinary/multidisciplinary-gene-therapy
https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-guidelines/multidisciplinary/multidisciplinary-cell-therapy-tissue-engineering
https://www.nibsc.org/standardisation.aspx
https://www.ema.europa.eu/en/human-regulatory/research-development/advanced-therapies/support-advanced-therapy-developers#gmp-requirements-section
https://picscheme.org/docview/2231

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Animal model identification &

sourcing o Planning documentation for manufacture and supply chain
Horizon scanning
®

o Quality control requirements registered Clinical trials conducted

Manufacturing and supply

Early access
granted

chain planning

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
4 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips aTMP archetpe PSS going O Clieal & pharmacovigl

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
tcrlviar:tcriletr:iaslites Clinical trial plan developed

Animal model identification & identified & approved

sourcing

Horizon scanning ®
registered Clinical trials conducted

Manufacturing and supply

Early access
granted

chain planning

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified
[ Regulatory and/or scientific advice ] Service delivery readiness
R Tt assessed
[GxP compliance & certification ]
v ) Treatment provided to
ongoing patient(s)
: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
y 1 and will vary
. P . . Variation by based on ATMP i Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype [RORRE] going and other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
tcrlviar:tcriletr:iaslites Clinical trial plan developed

Animal model identification & identified & approved

sourcing

Horizon scanning ®
registered Clinical trials conducted

Manufacturing and supply

Early access
granted

chain planning

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres
decision identified

Service delivery readiness

assessed
v ) Treatment provided to
ongoing patient(s)
: - - A *Note all timings ongoing Short term patient
= - Jit | are estimates monitoring
‘ 1 and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype R going D oL

route to market



Non-clinical
research

Regulatory licensing
& certification

ATMP ROADMAP

Clinical trials Market access Commissioning Service readiness

What advice is available for non-clinical research
development?

What operational steps are required as part of non-
clinical research?

1

KEY TOPICS Overview To-do list
Clinical trial
treatment sites

identified

Animal model identification &
sourcing

Horizon scanning ®
registered

Manufacturing and supply

Early access
granted

chain planning

In vitro and in vivo studies

After MA
. . . submission
Delivery and diagnostic route

assessment Day 0

* Developers should ensure that the manufacturing and
supply chain processes are updated as and when
developments occur, during both non-clinical and clinical
research

* If using a sub-contracted manufacturer, ensure that all
relevant contractual agreements are in place

* Developers are recommended to review guidance from SPS
on product design considerations for optimising ATMP

implementation in the NHS here

.

Research documentation
consolidation

~+3mo. from
decision

ongoing O
: : *Note all timings ongoing
E = are estimates
‘ and will vary
i isi i i Variation by based on ATMP .
Linked steps Who is involved? Best practices & tips ongoing
’ g ? ATMP archetype [EUCEEEREE

route to market

Treatment
provision & monitoring

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected


https://www.sps.nhs.uk/articles/product-design-considerations-for-optimising-atmp-implementation-in-the-nhs/

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

identified

Animal model identification &

SELTE Before commencing in vitro research, developers must document in vitro research study design (this A _
should include a detailed risk assessment). The in vitro studies should assess the safety risks and impact Y o Clinical trinls conducted
Mahufactufingand supply of the substance. If applicable, publish in vitro study results in a peer-reviewed journal. Once in vitro Early access e :
chainiplanning studies are complete (if applicable), developers should design, perform and publish their in vivo studies. granted
. . . Note: ATMP developers may choose not to perform in vitro or in vivo studies if there are limitations Marketing authorisation
In vitro and in vivo studies . . . dossier submitted
based on their ATMP type, however if these are not performed developers should be able to provide
requisite safety evidence and justification for this decision. ATMP developers should consult with the Su@{;ﬁ;’/@;’ﬁ HTA dossier submitted
Delivery and diagnostic route MHRA to identify the appropriate toxicology tests expected.
assessment Marketing authorisation

Day 0 received

As non-clinical research progresses, developers should ensure to update any processes related to

Research documentation manufacturing, quality control and documentation related to these processes (including any patent

. . . . ~+0-12 mo. HTA decision published
consolidation applications if applicable).
NHS commissioning route
decided or interim access
~+3mo. from Treatment centres
decision identified
Service delivery readiness
assessed
. Treatment provided to
ongoing patient(s)
. . . *Note all timings ongoing Short term patient
= - are estimates monitoring
y and will vary
based on ATMP . Clinical & pharmacovigilance
i e i i i ongoin
Linked steps Who is involved? Best practices & tips - —— going O _ 4 other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
v tcrlviar:tcriletr:iaslites ; Clinical trial plan developed

Animal model identification & identified & approved

sourcing

o Conduct environmental risk assessment for non-clinical research
o EMA* guidance can be found here

Horizon scanning ®

registered Clinical trials conducted

Manufacturing and supply

o Request advice from the MHRA to identify appropriate toxicology tests Early access
chainiplanning o Document in vitro study design (including risk assessment) granted
o Perform in vitro studies and publish study results \arketing authorisat
. o . . . . arketing authorisation
In vitro and in vivo studies o Document in vivo study design (including risk assessment) dossier submitted
o Perform in vivo studies and publish study results
. . L. . . . . . . . . After MA . .
o Review existing patent application (if applicable) and identify if any updates required through Sub’;ﬁ;ion HTA dossier submitted
Delivery and diagnostic route guidance here
assessment Dav 0 Marketing authorisation
ay received
When
Research documentation During non-clinical research phase ~40-12 mo. () HTA decision published

consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

*EMA ATMP specific guidelines are still recommended as a useful source of guidance post-Brexit R

transition . Treatment provided to
ongoing patient(s)

- : : *Note all timings ongoing Short term patient
E = are estimates monitoring
’ and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market


https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-guidelines/non-clinical/non-clinical-environmental-risk-assessment
https://www.gov.uk/change-or-update-your-patent

Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Animal model identification &

SELTE o Invitro study design, risk assessment, output and publication A _
o Invivo study design, risk assessment, output and publication Y o Clinical trials conducted
a ni I u
Manufacturingand supply o Updated process documentation (including patent if applicable)

Early access
granted

chain planning

Marketing authorisation
In vitro and in vivo studies dossier submitted
After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
tcrlviar:tcriletr:iaslites Clinical trial plan developed

Animal model identification & identified & approved

sourcing

Horizon scanning ®

registered Clinical trials conducted

Manufacturing and supply
chain planning

Early access
granted

Marketing authorisation
In vitro and in vivo studies dossier submitted
After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified
[ Regulatory and/or scientific advice ] Service delivery readiness
R Tt assessed
[GxP compliance & certification ]
v ) Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
y and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing S dletheridata collecied

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
tcrlviar:tcriletr:iaslites Clinical trial plan developed

Animal model identification & identified & approved

sourcing

Horizon scanning ®

registered Clinical trials conducted

Manufacturing and supply
chain planning

Early access
granted

Marketing authorisation
In vitro and in vivo studies dossier submitted
After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres
decision identified

Service delivery readiness

assessed
. . Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips il el ongoing e

route to market



Non-clinical Regulatory licensing
research & certification

Treatment
provision & monitoring

ATMP ROADMAP

Clinical trials Market access Commissioning Service readiness

Non-clinical research

1 What advice is available for non-clinical research What operational steps are required as part of non- licences received

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

tcrlviar:tcriletr:iaslites Clinical trial plan developed
Animal model identification & identified & approved
sourcing

Horizon scanning ®
registered

. Clinical trials conducted
Manufacturing and supply

. . Early access
hain plannin
chain pla g granted

Marketing authorisation

In vitro and in vivo studies dossier submitted

su@ﬁi;l;zﬁ HTA dossier submitted
Delivery and diagnostic route
assessment * As part of non-clinical planning, it will be critical to have in payo (O Marketing authorisation
o re received
place an ISO certified document management system to
Resear_ch c!ocumentatlon facilitate file management for regulatorY approval steps R AR
consolidation * Developers should be aware of any publication
requirements as part of their funding and ensure that NHS commissioning route
timelines are considered as peer-review can be time- GlREEeg B [l T BN
consuming ~+3mo. from Treatment centres
* Developers are advised to consider how to involve patient decision identified
groups in the development phase to ensure that the Service delivery readiness
product targets the priorities of those it intends to treat assessed
v . Treatment provided to
ongoing patient(s)
- - *Note all timings ongoing Short term patient
E = are estimates monitoring
and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips - —— ongoing QO _ other%ata coIIectged

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview

To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

Animal model identification & identified

sourcing Developers should review the delivery method for their ATMP and assess the testing & diagnostic
. . .. . . . . Horizon scanning
requirements during non-clinical research. If new diagnostic methods are required this should be registered ® Clnial trials conducted
A . . . . . . . . . . Inical trials conaucte:
Mahufactuflng and supply highlighted early, and if new in vitro diagnostics are required, ensure to review the associated ST
et plaaliiy guidelines and processes. ZEIC
, o _ Developers should review the patient journey for their intended product, identify any changes that may Marketing authorisation
In vitro and in vivo studies ] . dossier submitted
be required and ensure that these are considered as part of the overall research.
. . . . .. . . iﬂe.r MA HTA dossier submitted
If new genomic tests are required, review the NHS Genomic Medicine Service (GMS) test directory and submission

Delivery and diagnostic route ) ) i )
assessment request an amendment for consideration during the GMS annual review

Marketing authorisation

Day 0 received

Research documentation
consolidation

~+0-12 mo. HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market



ATMP ROADMAP

1 What advice is available for non-clinical research

development?

KEY TOPICS

Animal model identification &
sourcing

Manufacturing and supply
chain planning

In vitro and in vivo studies

Delivery and diagnostic route

assessment

Research documentation
consolidation

Non-clinical
research

Regulatory licensing

e Mark
& certification arket access

Clinical trials Commissioning

What operational steps are required as part of non-
clinical research?

Overview To-do list

A 4

Review ATMP delivery method
Review ATMP patient journey and identify if changes may be required
Review testing and diagnostic requirements within the patient journey
Review guidance and requirements for regulating diagnostic devices
o See Great Britain guidance here
o See Northern Ireland guidance here
o Advise the Genomic Medicine Service of new genomic tests required here or email the Genomic
Medicine Service at ENGLAND.testevaluation@nhs.net
o Ifincluding a medical device or diagnostic device component, review MHRA guidance on medical
device and diagnostic regulation here

O O O O

When

* During non-clinical research

* |f advising Genomic Medicine Service, this should be done at least 6 months prior to expected
commissioning

[

Best practices & tips

=

Linked steps

(2

Who is involved?

Service readiness .
provis

Clinical trial
treatment sites
identified

Horizon scanning ®

registered

Early access
granted

After MA
submission

Day 0

~+0-12 mo.

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

ongoing

ongoing

Treatment
ion & monitoring

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected


https://www.gov.uk/guidance/regulating-medical-devices-in-the-uk
https://www.gov.uk/guidance/medical-devices-eu-regulations-for-mdr-and-ivdr
https://www.england.nhs.uk/genomics/the-national-genomic-test-directory/
mailto:ENGLAND.testevaluation@nhs.net
https://www.gov.uk/guidance/medical-devices-how-to-comply-with-the-legal-requirements

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview

To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Animal model identification &

SELTE o Review of product delivery method, testing and diagnostic requirements

o Advise relevant stakeholders of any new tests required

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

- | ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

1 What advice is available for non-clinical research

development?

KEY TOPICS

Animal model identification &
sourcing

Manufacturing and supply
chain planning

In vitro and in vivo studies

Delivery and diagnostic route

assessment

Research documentation
consolidation

Overview

What operational steps are required as part of non-
clinical research?

To-do list

[ Regulatory and/or scientific advice

=

Linked steps

(2

Who is involved?

[

Best practices & tips

Clinical trial
treatment sites
identified

Horizon scanning ®

registered

Early access
granted

After MA
submission

Day 0

~+0-12 mo.

~+3mo. from
decision

ongoing

*Note all timings ongoing
are estimates

and will vary

based on ATMP

and selected

route to market

ongoing

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

1 What advice is available for non-clinical research

development?

KEY TOPICS

Animal model identification &
sourcing

Manufacturing and supply
chain planning

In vitro and in vivo studies

Delivery and diagnostic route

assessment

Research documentation
consolidation

Overview

What operational steps are required as part of non-
clinical research?

To-do list

* ATMP developer

=

Linked steps

(2

Who is involved?

[

Best practices & tips

Clinical trial
treatment sites
identified

Horizon scanning ®

registered

Early access
granted

After MA
submission

Day 0

~+0-12 mo.

~+3mo. from
decision

ongoing

*Note all timings ongoing
are estimates

and will vary

based on ATMP

and selected

route to market

ongoing

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



Non-clinical Regulatory licensing
research & certification

Treatment
provision & monitoring

ATMP ROADMAP

Clinical trials Market access Commissioning Service readiness

Non-clinical research

1 What advice is available for non-clinical research What operational steps are required as part of non- licences received

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
tcrlviar:tcriletr:iaslites Clinical trial plan developed

Animal model identification & identified & approved

sourcing

Horizon scanning ®

. registered Clinical trials conducted
Manufacturing and supply
chain planning ;fgmiﬁcess

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route

assessment Marketing authorisation

Day 0 received

Research documentation

. . HTA decision published
consolidation

NHS commissioning route
decided or interim access

* When reviewing the patient journey and diagnostic

pathways, developers are advised to consider consulting ~+3mo. from Treatment centres
patient groups and use of patient and public involvement dediion Geniies
(PPI), links to useful guidance from National Institute for Service delivery readiness
Health Research (NIHR) can be found here assessed
v . ® Treatment provided to
ongoing patient(s)
: : : *Note all timings ongoing ¢y Short term patient
E = are estimates monitoring
y and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips —— ongoing Q other%ata coIIectged

route to market


https://www.nihr.ac.uk/documents/ppi-patient-and-public-involvement-resources-for-applicants-to-nihr-research-programmes/23437#Guidance_for%C2%A0researchers_on_PPI

Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

Animal model identification & identified

SELTE Prior to clinical trial application, ATMP developers should review the guidance documentation for

conducting clinical trials in the UK and consolidate non-clinical research documentation in preparation

Manufacturingand supply for their clinical trial application.
chain planning

Horizon scanning ®

registered Clinical trials conducted

Early access
granted
After receipt of clinical trial authorisation, ATMP developers must ensure that all of their Trial

Management documentation (including documentation of approvals/authorisations) has been obtained Marketing authorisation

In vitro and in vivo studies . . dossier submitted
and is version controlled.

After MA

. HTA dossier submitted
Developers may also complete a trial document checklist to ensure that all documentation is in place. SRl

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation

- : ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?
Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical trial - .
. Clinical trial plan developed
v treatment sites 5 & approved

Animal model identification & identified
sourcing o General guidance on documentation required for clinical trial applications can be found here

o Further guidance including a trial document checklist can be found here reogrilszt(;?esdcanmng Q S S S
Manufacturing and supply nicaltrials conducte
chain planning When z‘;‘;mz;cess

* Consolidation prior to submission of clinical trial application

. . . . . .. . Marketing authorisation

In vitro and in vivo studies * Trial management documentation checklist and ongoing management upon receipt of clinical trial dossier submitted

authorisation
After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation
consolidation

~+0-12 mo. HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

. Treatment provided to
ongoing

patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market


https://www.gov.uk/guidance/clinical-trials-for-medicines-apply-for-authorisation-in-the-uk
https://www.ct-toolkit.ac.uk/routemap/final-trial-management-documentation/

Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Animal model identification &

SELTE o Trial management documentation obtained and confirmed

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation

- : ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

E~ : : *Note all timings ongoing Short term patient
- are estimates monitoring
" and will vary
based on ATMP . Clinical & pharmacovigilance
i isi i i ongoin
Linked steps Who is involved? Best practices & tips and selected going nd other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
tcrlviar:tcriletr:iaslites Clinical trial plan developed

Animal model identification & identified & approved

sourcing

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation

- : ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

R o . assessed

[ Regulatory and/or scientific advice ]

. . Treatment provided to

ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips I —— R Q) o sl alsiim el sies

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
g y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
tcrlviar:tcriletr:iaslites Clinical trial plan developed

Animal model identification & identified & approved

sourcing

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation

- : ~+0-12 mo. HTA decision published
consolidation

NHS commissioning route
decided or interim access

* ATMP developer

~+3mo. from Treatment centres
decision identified

Service delivery readiness

assessed
. . Treatment provided to
ongoing patient(s)
- : : *Note all timings ongoing Short term patient
E - are estimates monitoring
" and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips il el ongoing e

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y . g Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . . Non-clinical research
1 What advice is available for non-clinical research What operational steps are required as part of non- I ———

development? clinical research?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
tcrlviar:tcriletr:iaslites Clinical trial plan developed

Animal model identification & identified & approved

sourcing

Horizon scanning ®
. registered Clinical trials conducted
Manufacturing and supply

chain planning Early access

granted

Marketing authorisation
In vitro and in vivo studies dossier submitted

After MA

.. HTA dossier submitted
submission

Delivery and diagnostic route
assessment

Marketing authorisation

Day 0 received

Research documentation

q A HTA decision published
consolidation

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
* Ensure that ISO certified document management system is decision identified

in place for technical files to facilitate file management for
clinical trial application and later regulatory approval steps

Service delivery readiness

assessed
. ) Treatment provided to
ongoing patient(s)
: : : *Note all timings ongoing Short term patient
E - are estimates monitoring
4 and will vary
X L i i based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips il el ongoing e

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received
to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical triaIl Clinical trial plan developed
Genetically Modified v T;Zitt:?iizt sites : & approved
Organisms notification [if
applicable] For developers using any Genetically Modified Organisms (GMO) in research or as part of the ATMP A _
development process (for both on premises and contained use), consult and review the Health and ?eogri'szt(;?:;anmng © Clinical trials conducted

a q Inical trials conaucte

Human Tissue Authority Safety Executive (HSE) guidelines to determine if notification of the HSE is required.

licence Early access

granted

If the ATMP or research type is identified as meeting the criteria of use of GMOs, developers must Marketing authorisat
arketing authorisation

notify the HSE. Any clinical sites where GMOs are being used or stored must also notify the HSE. There et

are fees involved for HSE notifications.

GxP compliance & certification

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

e patient(s)

. *Note all timings ongoing Short term patient
9 @ are estimates monitoring
‘ and will vary
Variation by based on ATMP Clinical & pharmacovigilance

Linked steps Who is involved? Best practices & tips ATMP archetype  [ORaCe ongoing O _ 1 Cther data collected
route to market


https://www.hse.gov.uk/biosafety/gmo/notifications/fees.htm

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received
to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial

Clinical trial plan developed

q o treatment sites 8
Genetically Modified . dentified & approved

Organisms notification [if
applicable] o Review HSE guidelines on the use of Genetically Modified Organisms_here

o If required for the ATMP type, notify the HSE using their online form here

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority
Early access

licence When granted
Before commencing non-clinical research
Marketing authorisation

GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

e patient(s)

. *Note all timings ongoing Short term patient
E are estimates monitoring
‘ and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype R haies going e

route to market


https://www.hse.gov.uk/biosafety/gmo/index.htm
https://www.hse.gov.uk/biosafety/gmo/notifications/process.htm

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical trial - .
3 ™ RS — Clinical trial plan developed
Genetically Modified . dentified & approved

Organisms notification [if
applicable] o Notification of use of GMOs to the HSE

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority

licence Early access

granted

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

e patient(s)

. *Note all timings ongoing Short term patient
E are estimates monitoring
‘ and will vary
. - . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype R haies going e

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®

registered Clinical trials conducted
Human Tissue Authority
licence Early access
granted
Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Day 0 received

UKCA marking coordination [if
applicable]

HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified
[Service delivery readiness ] Service delivery readiness
R o . assessed
[Regulatory and/or scientific advice ]
v X Treatment provided to
ongoing patient(s)
|j A *Note all timings ongoing Short term patient
L :E are estimates monitoring
1 and will vary
. P . . Variation by based on ATMP i Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype [RORRE] going and other data collected

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites

identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®

registered Clinical trials conducted

Human Tissue Authority

licence Early access

granted

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

e ATMP developer
* Health and Safety
Executive (HSE)

* Clinical site

~+3mo. from Treatment centres
decision identified

Service delivery readiness

assessed
. i Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
‘ and will vary
i e . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype and selected going ] i bt ]

route to market



Non-clinical
research

ATMP ROADMAP

1 What licences and/or approvals are required
to conduct research?

KEY TOPICS Overview

Regulatory licensing

2

e linical trial
& certification QN LS

What key regulatory steps are required to
receive marketing authorisation?

To-do list

Market access

3

What programmes are available to accelerate

time to market?

Output

Commissioning

Treatment

Service readiness

Clinical trial

Genetically Modified

Organisms notification [if
applicable]

Human Tissue Authority
licence

GxP compliance & certification

Medicinal Product
Manufacturer licence(s)

UKCA marking coordination [if
applicable]

* You can get advice on administrative matters relating to the
submission of notifications under the Genetically Modified
Organisms (Contained Use) Regulations by contacting the
HSE Notifications Officer on bioagents@hse.gov.uk

.

treatment sites
identified

Horizon scanning
) O
registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

Linked steps

e

Who is involved?

©

Best practices & tips

ongoing O
P *Note all timings ongoing ()
Eu ,E are estimates
! and will vary
Variation by based on ATMP ongoins O
ATMP archetype and selected

route to market

provision & monitoring

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected


mailto:bioagents@hse.gov.uk

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
v tcrlviar:tcriletr:iaslites Clinical trial plan developed
Genetically Modified dentified : & approved
Organisms notification [if identitie
applicable] If tissues and cells are being used as starting materials in a medicinal product, the donation, A _
procurement and testing of the cells are covered by the Tissues and Cells Directive (2004/23/EC) and fe(’gri'szt(;?:;a””'”g o R
Human Tissue Authority may require a licence from the Human Tissue Authority (HTA). inical trials conclcte

Early access
granted

licence

Review HTA guidance on procurement, testing and licensing of human cells/tissue use and submit a ‘ e

. . . . . . . . . . . Marketing authorisation
licence application (if required). There are fees associated with HTA licensing. If materials are being dossier submitted
processed, manufactured or sourced from outside the UK, there may be national guidelines in place
regarding import and export licensing requirements (in addition to those required by the HTA).

GxP compliance & certification

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Note: some gene therapies (i.e. ex-vivo) still require HTA licensing bayo O U
UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

. *Note all timings ongoing Short term patient
9 @ are estimates monitoring
‘ and will vary
Variation by based on ATMP Clinical & pharmacovigilance

Linked steps Who is involved? Best practices & tips ATMP archetype ORI ongoing O 1 other data collected
route to market


http://eur-lex.europa.eu/LexUriServ/LexUriServ.do?uri=OJ:L:2004:102:0048:0058:en:PDF
https://www.hta.gov.uk/guidance-professionals/fees-and-payments/licence-fees-and-payments-202122

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received
to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical triaIl Clinical trial plan developed

Genetically Modified D 4 T;Zitt:?ézt sites * Y &approved
Organisms notification [if
applicable] o Review HTA guidance on licensing of human cells/tissues and determine if a licence is required here A _

o Review the steps you need to take before applying for a licence (if required) here Y o Clinical trials conducted
HumanTissue Authority o Note: licensing requirements for import/export to the EEA are different for establishments in P e :
licence Northern Ireland than for the rest of Great Britain granted

o Review import/export licensing requirements and guidance Marketing authorisation
GxP compliance & certification o For establishments in Great Britain see guidance here dossier submitted

o For establishments in Northern Ireland see guidance here

o To apply for an HTA licence access the licence forms here (et WA ) HTA dossier submitted
Medicinal Product o Review any relevant guidelines relating to the country of origin/processing/manufacture of ATMP
Manufacturerlicence(s) components to ensure compliance and apply for any relevant licences Day 0 xi‘;‘ff:d”g authorisation
UKCI_A n:)alrl](ing coordination [if When HTA decision published
applicable

Before commencing non-clinical research

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

— *Note all timings ongoing Short term patient
9 @ are estimates monitoring
‘ and will vary
Variation by based on ATMP Clinical & pharmacovigilance

Linked steps Who is involved? Best practices & tips ATMP archetype ORI ongoing O 1 other data collected
route to market


https://www.hta.gov.uk/guidance-professionals/licensing/do-i-need-hta-licence
https://www.hta.gov.uk/guidance-professionals/licensing/what-do-you-need-you-apply-hta-licence
https://www.hta.gov.uk/guidance-professionals/uk-transition-guidance/importing
https://www.hta.gov.uk/guidance-professionals/uk-transition-guidance/importing-0
https://www.hta.gov.uk/guidance-professionals/licensing/human-application-sector

ATMP ROADMAP

Non-clinical
research

What licences and/or approvals are required

1 to conduct research?

KEY TOPICS
Genetically Modified
Organisms notification [if

applicable]

Human Tissue Authority

licence

GxP compliance & certification

Medicinal Product
Manufacturer licence(s)

UKCA marking coordination [if
applicable]

Overview

Regulatory licensing
& certification

Clinical trials

2 What key regulatory steps are required to
receive marketing authorisation?

To-do list

Market access

3

What programmes are available to accelerate

time to market?

Output

Commissioning

.

o HTA licence types required for the ATMP identified and guidance reviewed

o HTA licence application(s) submitted

o Receipt of requisite HTA licence

Linked steps

e

Who is involved?

©

Best practices & tips

L
o
i |
AL

T

Variation by
ATMP archetype

Service readiness

provis

Clinical trial
treatment sites
identified

Horizon scanning ®
registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

ongoing

ongoing

Treatment
ion & monitoring

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received
to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable

pP ] Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority
Early access

granted

licence

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Day 0 received

UKCA marking coordination [if
applicable]

HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified
[Service delivery readiness ] Service delivery readiness
R o . assessed
[Regulatory and/or scientific advice ]
v X Treatment provided to
ongoing patient(s)
|j A *Note all timings ongoing Short term patient
L :E are estimates monitoring
1 and will vary
. P . . Variation by based on ATMP i Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype [RORRE] going and other data collected

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority
Early access

granted

licence

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

e ATMP developer

. . ~+3mo. from Treatment centres
* Human Tissue Authority decision identified

(HTA)

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

e ©

*Note all timings ongoing Short term patient
are estimates monitoring
‘ and will vary
i e . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype (ARG going and other data collected

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority
Early access

granted

licence

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s) Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres

* If you have any queries, review the FAQs here or contact e identified

the HTA at IicenSing.enquirieS@hta.gov.uk Service delivery readiness

assessed

Treatment provided to

ongoing patient(s)

e ©

*Note all timings ongoing Short term patient
are estimates monitoring
‘ and will vary
i e . . Variation by based on ATMP onaoin Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips ATMP archetype (ARG going and other data collected

route to market


https://www.hta.gov.uk/guidance-professionals/uk-transition-guidance/transition-FAQs
mailto:licensing.enquiries@hta.gov.uk

ATMP ROADMAP

What licences and/or approvals are required

1 to conduct research?

KEY TOPICS

Genetically Modified
Organisms notification [if
applicable]

Human Tissue Authority
licence

GxP compliance & certification

Medicinal Product
Manufacturer licence(s)

UKCA marking coordination [if
applicable]

Non-clinical

Regulatory licensing

R Clinical trials Market access Commissioning
research & certification
2 What key regulatory steps are required to 3 What programmes are available to accelerate
receive marketing authorisation? time to market?

Overview To-do list Output

Service readiness

.

Good Practice (GxP) should be central to the development of all ATMPs, including Good Manufacturing
Practice (GMP), Good Laboratory Practice (GLP), Good Clinical Practice (GCP), Good Pharmacovigilance
Practice (GPvP) and if applicable, Good Distribution Practice (GDP).

Developers should review guidelines and resources from the EMA* on Good Manufacturing Practice
(GMP) in relation to ATMPs to ensure compliance throughout the development and manufacturing
phase, or if outsourcing, engage with identified GMP manufacturer.

The EMA has published GLP and GCP principles in relation to ATMPs to aid non-clinical study
preparation. The MHRA also requires certification, inspection and membership of the

UK GLP compliance monitoring programme run by the UK GLP Monitoring Authority (UK GLPMA). The
programme is only open to facilities in the UK and requires a membership fee.

When planning clinical trials, compliance with Good Clinical Practice (GCP) requirements must be met
and included in the trial design, this includes requirements for trial management, reporting and
documentation.

*EMA ATMP specific guidelines are still recommended as a useful source of guidance post-brexit
transition

e ©

Linked steps Who is involved? Best practices & tips

Treatment

provision & monitoring

Clinical trial
treatment sites
identified

Horizon scanning ®
registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

ongoing

ongoing

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



https://www.gov.uk/guidance/good-laboratory-practice-glp-for-safety-tests-on-chemicals#membership-fees-for-2019-to-2020

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical triaIl Clinical trial plan developed
Genetically Modified D 4 T;Zitt:?ézt sites * Y &approved
Organisms notification [if
applicable] o Review guidelines and resources from the EMA on GMP in relation to ATMPs here

Horizon scanning ®

o If outsourcing, engage with the identified manufacturer to ensure compliance with GMP registered

Clinical trials conducted

Human Tissue Authority

o Review GLP principles in relation to ATMPs here ST
licence o Review Q&A on use of materials of biological origin here granted
o Review UK-specific GLP guidance from the MHRA here
. . . . . Marketing authorisation
GxP compliance & certification o Apply to the GLP compliance monitoring programme through the application form here Eesjer anl e
o Review EMA guidance on GCP guidelines and requirements for ATMPs here
. . . . . . . After MA . .
o Review EMA ICH (International Council for Harmonisation of Technical Requirements for (et WA ) HTA dossier submitted
Medicinal Product Pharmaceuticals for Human Use) GCP guidelines here
Manpfactunenlicence(s) o Review general guidance for preparing for conducting clinical trials in the UK here Dayo () Marketing authorisation
o EMA guidance on Good Pharmacovigilance Practices (GPvP) can be found here with MHRA guidance
UKCA marking coordination [if on their application in the UK here HTA decision published
EEELE o Review MHRA guidance on Good Distribution Practice (GDP) here
NHS commissioning route
decided or interim access
When
GMP and GLP requirements should be met before commencing non-clinical research ~+3mo. from Treatment centres
decision identified
Service delivery readiness
assessed
i Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
based on ATMP . Clinical & ph igil
Linked steps Who is involved? Best practices & tips and selected Qg ar:zlziherzaig:xz\gtgeldance

route to market


https://www.ema.europa.eu/en/human-regulatory/research-development/advanced-therapies/support-advanced-therapy-developers#gmp-requirements-section
https://www.ema.europa.eu/en/documents/other/good-laboratory-practice-glp-principles-relation-advanced-therapy-medicinal-products-atmps_en.pdf
https://www.ema.europa.eu/en/documents/other/questions-answers-principles-gmp-manufacturing-starting-materials-biological-origin-used-transfer_en.pdf
https://www.gov.uk/guidance/good-laboratory-practice-glp-for-safety-tests-on-chemicals
https://assets.publishing.service.gov.uk/government/uploads/system/uploads/attachment_data/file/832129/UK_GLP_compliance_monitoring_programme_application_form.doc
https://ec.europa.eu/health/sites/default/files/files/eudralex/vol-10/atmp_guidelines_en.pdf
https://www.ema.europa.eu/en/ich-e6-r2-good-clinical-practice#current-version---revision-2-section
https://www.gov.uk/guidance/clinical-trials-for-medicines-apply-for-authorisation-in-the-uk
https://www.ema.europa.eu/en/human-regulatory/post-authorisation/pharmacovigilance/good-pharmacovigilance-practices#section2
https://www.gov.uk/government/publications/exceptions-and-modifications-to-the-eu-guidance-on-good-pharmacovigilance-practices-that-will-apply-to-uk-mahs-and-the-mhra
https://www.gov.uk/guidance/good-manufacturing-practice-and-good-distribution-practice

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical triaIl Clinical trial plan developed
Genetically Modified D 4 T;Zitt:?ézt sites & approved
Organisms notification [if
applicable] o Guidance on GMP, GLP, GCP, GPvP and GDP for ATMPs reviewed and assessed

Horizon scanning ®
registered

o GLP certification and membership of the UK GLP compliance monitoring programme

Clinical trials conducted

Human Tissue Authority
licence

Early access
granted

Marketing authorisation
GxP compliance & certification dossier submitted
After MA

.. HTA dossier submitted
submission

Medicinal Product
Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)
. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®

registered Clinical trials conducted

Human Tissue Authority
licence

Early access
granted

Marketing authorisation
GxP compliance & certification dossier submitted
After MA

.. HTA dossier submitted
submission

Medicinal Product
Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

R o . assessed
[Regulatory and/or scientific advice ]
. . Treatment provided to
ongoing patient(s)
. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips I —— R Q) o sl alsiim el sies

route to market



ATMP ROADMAP

Non-clinical
research

1 What licences and/or approvals are required
to conduct research?

KEY TOPICS

Genetically Modified
Organisms notification [if
applicable]

Human Tissue Authority
licence

GxP compliance & certification

Medicinal Product
Manufacturer licence(s)

UKCA marking coordination [if
applicable]

Overview

Regulatory licensing

2

& certification

Clinical trials

What key regulatory steps are required to
receive marketing authorisation?

To-do list

Market access

3

Commissioning

What programmes are available to accelerate
time to market?

Output

ATMP developer
Manufacturing
contractor (if
applicable)

Clinical trial sponsor
MHRA

UK GLP Monitoring
Authority

Linked steps

e

Who is involved?

©

Best practices & tips

Service readiness

Clinical trial
treatment sites
identified

provis

Horizon scanning ®

registered

Early access
granted

After MA
submission

Day O

~+3mo. from

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

decision

ongoing

ongoing

ongoing

Treatment
ion & monitoring

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



Non-clinical Regulatory licensin " . . . . Treatment
& y : & Clinical trials Market access Commissioning Service readiness .. B
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites

identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®

registered Clinical trials conducted

Human Tissue Authority
licence

Early access
granted

Marketing authorisation
When manufacturing ATMPs for use in humans, key GMP Clesar Ui
requirements include but are not limited to an ATMP After MA
developer’s: submission

GxP compliance & certification

HTA dossier submitted

Medicinal Product ; . . .
Manufacturer licence(s) * Quality system; premises and equipment; documentation;

production and handling of ATMPs; cross contamination;

control of starting and raw materials; handling human

e tissues and cells as starting materials; handling complaint & HTA decision published
product recalls; out-of-specification handling; batch release

Marketing authorisation

Day 0 received

UKCA marking coordination [if

NHS commissioning route
process decided or interim access

~+3mo. from Treatment centres
decision identified

Developers can contact the GLPMA at gxplabs@mhra.gov.uk,
and contact details for the various MHRA services can be

found here Service delivery readiness
e assessed
v ) Treatment provided to
ongoing patient(s)
_— *Note all timings ongoing Short term patient
E are estimates monitoring
. and will vary
. L . B based on ATMP g Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market


mailto:gxplabs@mhra.gov.uk
https://www.gov.uk/guidance/contact-mhra

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
v tcrlviar:tcriletr:iaslites Clinical trial plan developed
Genetically Modified e : & approved
identified
Organisms notification [if
applicable] ATMP developers must apply to the MHRA for a number of different licences throughout the product
journey. A manufacturer licence for for investigational medicinal products (IMP or MIA) must be in reogri'szt(;?:;anmng Q e e

. . . L. A inical trials conducte:
Human Tissue Authority place prior to commencement of clinical trials.
licence Early access

granted
Developers must then apply to the MHRA for a licenced product manufacturer/importer licence (also \arketing authorisati
arketing authorisation
known as Manufacturer Authorisation) prior to Marketing Authorisation submission. Developers should dossier Sfbmitted
review the Qualified Person (QP) roles and requirements for each licence type.

GxP compliance & certification

Afte'r MA HTA dossier submitted
.. submission
Medicinal Product As part of all licence applications, the MHRA may undertake a site inspection (to confirm compliance
Manufacturer licence(s) . . . . P Marketing authorisation
with GMP) as part of the licence approval process. There are fees involved for licence applications and bayo O U
inspections.

UKCA marking coordination [if

. HTA decision published
applicable]

If outsourcing manufacturing, ensure completion of and supervise/support licensing process by

contracted manufacturer. NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market


https://www.gov.uk/government/publications/mhra-fees/current-mhra-fees

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
tcrlviar:tcriletr:iaslites Clinical trial plan developed
Genet!cally Mq(:!lflefi . D 4 T & approved
Organisms notification [if
applicable] o Review MHRA guidance on manufacturer licence applications and determine which licence to apply
f h Horizon scanning ®
' . or nere . . . . o registered Clinical trials conducted
Human Tissue Authority o Apply for a manufacturer licence for investigational medicinal products (IMP or MIA) to the MHRA
licence Early access
m granted
o Prepare for an MHRA site inspection [if required] \arketine authorieat
. . arketing authorisation
GxP compliance & certification o Apply for a full manufacturer/importer licence here dossier submitted

o Further guidance from the MHRA on QP, QC and other requirements for a manufacturer/importer
licence holder can be found here
Medicinal Product o Review ATTC guidance on the role of the QP with ATMPs here

After MA

.. HTA dossier submitted
submission

Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if When

. HTA decision published
applicable]

Manufacturer licence for investigational medicinal products must be granted prior to commencement
of clinical trials. Licence applications to the MHRA typically take 90 days. Full manufacturer/importer NHS commissioning route
. . . . . .. decided or interim access
licence application must be submitted prior to MA submission

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market


https://www.gov.uk/guidance/apply-for-manufacturer-or-wholesaler-of-medicines-licences#apply-for-a-manufacturerimporter-licence
https://www.gov.uk/guidance/apply-for-manufacturer-or-wholesaler-of-medicines-licences#apply-for-a-manufacturerimporter-licence
https://www.gov.uk/guidance/apply-for-manufacturer-or-wholesaler-of-medicines-licences#apply-for-a-manufacturerimporter-licence
https://assets.publishing.service.gov.uk/government/uploads/system/uploads/attachment_data/file/405883/Medicines_-_notes_for_applicants_and_holders_of_a_manufacturer_licence.pdf
https://attc-143fd.kxcdn.com/wp-content/uploads/2021/11/NAAATC_The-Role-of-the-QP.pdf

ATMP ROADMAP

Non-clinical
research

What licences and/or approvals are required

1 to conduct research?

KEY TOPICS
Genetically Modified
Organisms notification [if
applicable]

Human Tissue Authority
licence

GxP compliance & certification

Medicinal Product

Manufacturer licence(s)

UKCA marking coordination [if
applicable]

Overview

Regulatory licensing
& certification

Clinical trials

2 What key regulatory steps are required to
receive marketing authorisation?

To-do list

Market access

3

Commissioning

What programmes are available to accelerate
time to market?

Output

.

o Manufacturer licence for investigational medicinal products from the MHRA
o Medicinal product manufacturer/importer licence from the MHRA

Linked steps

e

Who is involved?

©

Best practices & tips

Service readiness

provis

Clinical trial
treatment sites
identified

Horizon scanning ®

registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

ongoing

ongoing

Treatment
ion & monitoring

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received
to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority

licence Early access

granted

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if
applicable]

HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified
[GXP compliance & certification ] Service delivery readiness
R o . assessed
[Regulatory and/or scientific advice ]
v ) Treatment provided to
ongoing patient(s)
. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority

licence Early access

granted

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if

HTA decision published

applicable]
NHS commissioning route
* ATMP developer decided or interim access
* MHRA
2 ~+3mo. from Treatment centres
° ManUfaCturmg decision identified
contractor (if
licabl Service delivery readiness
applica e) assessed
v . Treatment provided to
ongoing patient(s)
- *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips - —— ongoing O 1 other data collected

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority

licence Early access

granted

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product

Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if

. HTA decision published
applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

* For queries relating to licensing, contact the MHRA at
pcl@mhra.gov.uk

Service delivery readiness

assessed
. X Treatment provided to
ongoing patient(s)
~ *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips il el ongoing e

route to market


mailto:pcl@mhra.gov.uk

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . X . Non-clinical research
1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received
to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical triaIl Clinical trial plan developed
Genetically Modified D 4 T;Zitt:?ézt sites * Y &approved
Organisms notification [if
applicable] For combination ATMPs which include a medical device component, developers will need to coordinate
UKCA marking (and/or CE marking if in Northern Ireland or for use of the product in the EU) in order to reogri'szt(;?:;anmng Q e e

. . . . A . inical trials conducte:
Human Tissue Authority use their device component. There may be fees involved for these services.
licence Early access

granted
Developers can also request regulatory advice from the MHRA regarding medical device requirements if
. Marketing authorisation
GxP compliance & certification required. dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product
Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if
applicable]

HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market


https://www.gov.uk/government/publications/mhra-fees/current-mhra-fees#drug-device-combination-products-fees

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
tcrlvlar:tcriletr:fslites Clinical trial plan developed
Genetically Modified D 4 T : & approved
Organisms notification [if
applicable] o Review medical device regulatory requirements here
. . . . Hori i
o EMA guidance on performing a conformity assessment for CE marking can be found here reogrilszt(;?:;anmng Q e e

. . A ) A inical trials conducte:
Human Tissue Authority o Request regulatory advice from the MHRA here (if required), the MHRA may recommend a UK R
licence

Approved Body for use in conformity assessment granted
o For novel medical devices, a clinical investigation for a medical device may be required, see guidance

h Marketing authorisation
GxP compliance & certification here dossier submitted
o Class | devices and general IVD manufacturers can self-certify against the UKCA mark

o [If applicable] Identify UK Approved Body to request conformity assessment

Medicinal Product o Full list of UK Market Conformity Assessment Bodies can be found here
Manufacturer licence(s)

After MA

.. HTA dossier submitted
submission

Marketing authorisation

Day 0 received

When

UKCA marking coordination [if During R&D phase and prior to commencing clinical trials HTA decision published

applicable]

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

. *Note all timings ongoing Short term patient
9 @ are estimates monitoring
and will vary
based on ATMP Clinical & pharmacovigilance

Linked steps Who is involved? Best practices & tips - —— ongoing Q 1 et data collected
route to market

ongoing



https://www.gov.uk/guidance/regulating-medical-devices-in-the-uk
https://www.ema.europa.eu/en/human-regulatory/overview/medical-devices
https://info.mhra.gov.uk/forms/innovation_form.aspx
https://www.gov.uk/guidance/notify-mhra-about-a-clinical-investigation-for-a-medical-device
https://www.gov.uk/uk-market-conformity-assessment-bodies

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical trial - .
. Clinical trial plan developed
Genetically Modified D 4 T;Zitt:?ézt sites & approved
Organisms notification [if
applicable] o UKCA and/or CE marking for medical device component

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority

licence Early access

granted

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product
Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if
applicable]

HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness
assessed

Treatment provided to

ongoing patient(s)

. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved
Organisms notification [if

applicable]

Horizon scanning ®

registered Clinical trials conducted
Human Tissue Authority
licence Early access
granted
Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product
Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if
applicable]

HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

Service delivery readiness

R o . assessed
[Regulatory and/or scientific advice ]
. . Treatment provided to
ongoing patient(s)
. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips I —— R Q) o sl alsiim el sies

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority

licence Early access

granted

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product
Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if
applicable]

HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres

e ATMP developer decision identified
L]
MHRA Service delivery readiness
* EMA assessed
v X Treatment provided to

ongoing patient(s)

— *Note all timings ongoing Short term patient

E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips I —— R Q) o sl alsiim el sies

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research

What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conductresearch? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
. . manufacturer licence received
KEY TOPICS Overview To-do list Output
Clinical trial
treatment sites
identified

Clinical trial plan developed

Genetically Modified & approved

Organisms notification [if
applicable]

Horizon scanning ®
registered Clinical trials conducted
Human Tissue Authority

licence Early access

granted

Marketing authorisation
GxP compliance & certification dossier submitted

After MA

.. HTA dossier submitted
submission

Medicinal Product
Manufacturer licence(s)

Marketing authorisation

Day 0 received

UKCA marking coordination [if
applicable]

HTA decision published

NHS commissioning route
decided or interim access

~+3mo. from Treatment centres
decision identified

* For queries relating to medical devices, contact the MHRA

at devices.regulatory@mhra.gov.uk SRS OIS

assessed
. X Treatment provided to
ongoing patient(s)
~ *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips il el ongoing e

route to market


mailto:devices.regulatory@mhra.gov.uk

ATMP ROADMAP

What licences and/or approvals are required

1 to conduct research?

KEY TOPICS

Paediatric Investigational

Plans approval

Regulatory approval route
selection

International marketing
authorisation coordination via
Project Orbis [optional]

International marketing
authorisation coordination via
Access Consortium [optional]

Marketing Authorisation
submission planning

Marketing Authorisation
submission

Post-authorisation compliance

Non-clinical
research

Overview

Regulatory licensing
& certification

Clinical trials

z What key regulatory steps are required to
receive marketing authorisation?

To-do list

Market access

3

Commissioning

What programmes are available to accelerate
time to market?

Output

.

Paediatric Investigational Plans (PIP) [or submission of a waiver for non-paediatric products] are
required to be submitted to the MHRA for all products and are required at the point of first-in-human
(FIH) trial and no later than before commencement of confirmatory trials. Completion of a PIP or waiver
is a condition for receiving Marketing Authorisation.

Prior to submission of Marketing Authorisation, developers are required to complete a PIP compliance
check to verify completion and submission of their PIP.

EU-PIPs, modifications and full product specific waivers with an EMA decision agreed before 1 January
2021, will be adopted as UK-PIPs on or after that date

Note: for developers based in Northern Ireland, PIPs must be submitted to both the EMA and MHRA.

e

©

Service readiness

provis

Clinical trial
treatment sites
identified

Horizon scanning ®
registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary

ongoing

Treatment
ion & monitoring

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product

manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

based on ATMP
and selected
route to market

Clinical & pharmacovigilance

Linked steps Who is involved? Best practices & tips ongoing O _ 1 other data collected




ATMP ROADMAP

What licences and/or approvals are required

1 to conduct research?

KEY TOPICS

Paediatric Investigational

Plans approval

Regulatory approval route
selection

International marketing
authorisation coordination via
Project Orbis [optional]

International marketing
authorisation coordination via
Access Consortium [optional]

Marketing Authorisation
submission planning

Marketing Authorisation
submission

Post-authorisation compliance

Non-clinical
research

Regulatory licensing

e Mark
& certification arket access

Clinical trials Commissioning

What programmes are available to accelerate

z What key regulatory steps are required to 3
time to market?

receive marketing authorisation?

To-do list
v

o Review guidance on procedures for UK Paediatric Investigation Plans here
o Submit PIP to the MHRA via the submissions portal
o Review process and register for access to the MHRA submissions portal here
o For Northern Ireland, submit the PIP to the MHRA (via submissions portal) and the EMA (via EMA
eSubmission gateway)
o EMA guidance on PIPs can be found here
o Further guidance and templates to submit via the EMA eSubmission gateway here
o Complete a UK PIP compliance check prior to Marketing Authorisation submission, guidance from
MHRA here

Overview Output

When

* Initial PIP submission should be completed at Phase | trials

* PIP compliance check must be completed after the last study listed in the PIP completed at least 60
days prior to the intended Marketing Authorisation submission

Linked steps

e

Who is involved?

©

Best practices & tips

Service readiness

provis

Clinical trial
treatment sites
identified

Horizon scanning ®
registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

ongoing

ongoing

Treatment
ion & monitoring

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product

manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected


https://www.gov.uk/guidance/procedures-for-uk-paediatric-investigation-plan-pips
https://www.gov.uk/guidance/register-to-make-submissions-to-the-mhra
https://www.ema.europa.eu/en/human-regulatory/research-development/paediatric-medicines/paediatric-investigation-plans/paediatric-investigation-plans-templates-forms-submission-dates
https://www.ema.europa.eu/en/human-regulatory/research-development/paediatric-medicines/paediatric-investigation-plans/paediatric-investigation-plans-templates-forms-submission-dates
https://www.gov.uk/guidance/procedures-for-uk-paediatric-investigation-plan-pips#section-4-compliance-check

ATMP ROADMAP

What licences and/or approvals are required

1 to conduct research?

KEY TOPICS

Paediatric Investigational

Plans approval

Regulatory approval route
selection

International marketing
authorisation coordination via
Project Orbis [optional]

International marketing
authorisation coordination via
Access Consortium [optional]

Marketing Authorisation
submission planning

Marketing Authorisation
submission

Post-authorisation compliance

Non-clinical
research

Overview

Regulatory licensing
& certification

Clinical trials

z What key regulatory steps are required to
receive marketing authorisation?

To-do list

Market access

3

What programmes are available to accelerate

time to market?

Commissioning

o Paediatric Investigation Plan (PIP) [or waiver] submitted

o UK PIP compliance check complete

Linked steps

e

Who is involved?

©

Best practices & tips

Variation by
ATMP archetype

Service readiness

Treatment

provision & monitoring

Clinical trial
treatment sites
identified

Horizon scanning ®
registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

ongoing

ongoing

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product

manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



ATMP ROADMAP

What licences and/or approvals are required

1 to conduct research?

KEY TOPICS

Paediatric Investigational

Plans approval

Regulatory approval route
selection

International marketing
authorisation coordination via
Project Orbis [optional]

International marketing
authorisation coordination via
Access Consortium [optional]

Marketing Authorisation
submission planning

Marketing Authorisation
submission

Post-authorisation compliance

Non-clinical
research

Overview

Regulatory licensing
& certification

Clinical trials

z What key regulatory steps are required to
receive marketing authorisation?

To-do list

Market access

3

Commissioning

What programmes are available to accelerate
time to market?

[ Regulatory and/or scientific advice

.

Linked steps

e

Who is involved?

©

Best practices & tips

Service readiness

Treatment

provision & monitoring

Clinical trial
treatment sites
identified

Horizon scanning ®
registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

ongoing

ongoing

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product

manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



ATMP ROADMAP

What licences and/or approvals are required

1 to conduct research?

KEY TOPICS

Paediatric Investigational

Plans approval

Regulatory approval route
selection

International marketing
authorisation coordination via
Project Orbis [optional]

International marketing
authorisation coordination via
Access Consortium [optional]

Marketing Authorisation
submission planning

Marketing Authorisation
submission

Post-authorisation compliance

Non-clinical
research

Overview

y

Regulatory licensing
& certification

Clinical trials

What key regulatory steps are required to
receive marketing authorisation?

To-do list

Market access

3

Commissioning

What programmes are available to accelerate
time to market?

e ATMP developer

MHRA
EMA

Linked steps

e

Who is involved?

©

Best practices & tips

Service readiness

Treatment

provision & monitoring

Clinical trial
treatment sites
identified

Horizon scanning ®
registered

Early access
granted

After MA
submission

Day O

~+3mo. from
decision

ongoing

*Note all timings
are estimates
and will vary
based on ATMP
and selected
route to market

ongoing

ongoing

Non-clinical research
licences received

Non-clinical research
programme completed

Medicinal product

manufacturer licence received

Clinical trial plan developed
& approved

Clinical trials conducted

Marketing authorisation
dossier submitted

HTA dossier submitted

Marketing authorisation
received

HTA decision published

NHS commissioning route
decided or interim access

Treatment centres
identified

Service delivery readiness
assessed

Treatment provided to
patient(s)

Short term patient
monitoring

Clinical & pharmacovigilance
and other data collected



Non-clinical Regulatory licensin " . . . . Treatment
& y : & Clinical trials Market access Commissioning Service readiness .. B
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list
Clinical trial
treatment sites

identified

Clinical trial plan developed
& approved

Paediatric Investigational

Plans approval

Horizon scanning ®

registered Clinical trials conducted
Regulatory approval route

selection Early access

granted

International marketing Marketing authorisation
authorisation coordination via dossier submitted
Project Orbis [optional]

Afte.r MA HTA dossier submitted
International marketing submission
authorisation coordination via ) -
Access Consortium [optional] Day 0 xi‘:i‘f:'d“g authorisation

Marketing Authorisation
submission planning

HTA decision published

* Itis essential that developers ensure that their PIP and NHS commissioning route
Marketing Authorisation their compliance check have been completed in advance of CEFEE @ i sexss
atpli ) Marketing Authorisation submission, as absence of a PIP ~+3mo, from Treatment centres
can cause delays to Marketing Authorisation. decision identified
. . . .
Pt aiheresien eam e For enquiries ab.out. paec.llatrlc su.bmlssmns, contact service delivery readiness
the MHRA Paediatric Unit at ukpip@mhra.gov.uk assessed
v i O Treatment provided to
ongoing patient(s)
. *Note all timings ongoing (Y Short term patient
E are estimates monitoring
. and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing Q) and Other’;ata collectged

route to market


mailto:ukpip@mhra.gov.uk

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

Paediatric Investigational Plans identified

IEE Developers should review the various routes for Marketing Authorisation applications available to them
Horizon scanning
®

to understand the process involved and determine which route is most applicable. registered Clinical trials conducted
Inical trials conducte:

Regulatory approval route

Early access

selection These routes include but may not be limited to; 150 day assessment, Rolling Review, EC decision granted
. . reliance, Project Orbis and Access Consortium.
International marketing o : L. . Marketing authorisation
authorisation coordination via There are also some flexibilities to the Marketing Authorisation routes, such as the Conditional MA and dossier submitted
Project Orbis [optional] MA under exceptional circumstances.
After MA . .
. . - HTA dossier submitted
International marketing . . ) ) ) ) submission
authorisation coordination via In exceptional circumstances, developers may choose to provide their product without a Marketing
Access Consortium [optional] Authorisation through the unlicenced route. They should review the MHRA guidance on providing Day 0 xi‘;‘f‘:;”ga“th"“sat"’”
unlicenced products and consider if a “specials” or “hospital exemption” licence is most applicable and
Marketing Authorisation make the relevant application. There are fees involved for these services. HTA decision published
submission planning
NHS commissioning route
Marketing Authorisation decided or interim access
submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness
assessed
i Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other%ata Collectged

route to market


https://www.gov.uk/government/publications/mhra-fees/current-mhra-fees#drug-device-combination-products-fees

Non-clinical Regulatory licensin _ . . . . Treatment
& y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

identified

Paediatric Investigational Plans

G o Review the various different Marketing Authorisation routes and guidelines for unlicenced products
. Horizon scanning
and select which route to follow registered O Giieattrinls conducted
. . . Inical trials conaucte

Regulatory approval route o Marketing Authorisation routes: Early access
el o See 150 day assessment guidance here granted

. . o See rolling review guidance here
International marketing L i . h Marketing authorisation
authorisation coordination via o See EC decision reliance guidance here dossier submitted
Project Orbis [optional] o See Project Orbis guidance here

After MA

.. HTA dossier submitted
submission

: . o See Access Consortium guidance here
International marketing

authorisation coordination via o See Conditional marketing authorisation and exceptional circumstances guidance here
Access Consortium [optional] o [If applicable] Review the MHRA guidance on providing unlicenced products here and consider if Day 0 xig'i‘f;;”ga“thorisation
“specials” or “hospital exemption” is most applicable
Marketing Authorisation o See specials guidance here HTA decision published
b sl [l o Review Specials ATMP flowchart here
o See hospital exemption guidance here NHS commissioning route

Marketing Authorisation decided or interim access

o [If applicable] Apply to the MHRA for the relevant licence type here
submission
~+3mo. from Treatment centres
When decision identified
Post-authorisation compliance Prior to Marketing Authorisation submission Service delivery readiness

assessed

Treatment provided to
patient(s)

ongoing

— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market


https://www.gov.uk/guidance/guidance-on-150-day-assessment-for-national-applications-for-medicines
https://www.gov.uk/guidance/rolling-review-for-marketing-authorisation-applications
https://www.gov.uk/guidance/european-commission-ec-decision-reliance-procedure
https://www.gov.uk/guidance/guidance-on-project-orbis#products-eligible-for-project-orbis
https://www.gov.uk/guidance/access-new-active-substance-nas-work-sharing-initiative
https://www.gov.uk/guidance/conditional-marketing-authorisations-exceptional-circumstances-marketing-authorisations-and-national-scientific-advice
https://www.gov.uk/guidance/advanced-therapy-medicinal-products-regulation-and-licensing#manufacture-unlicensed-atmps-in-the-uk
https://assets.publishing.service.gov.uk/government/uploads/system/uploads/attachment_data/file/373505/The_supply_of_unlicensed_medicinal_products__specials_.pdf
https://assets.publishing.service.gov.uk/government/uploads/system/uploads/attachment_data/file/397735/Copy_of_ATMP_flowchart_4a_finalised.pdf
https://assets.publishing.service.gov.uk/government/uploads/system/uploads/attachment_data/file/397738/Guidance_on_the_UK_s_arrangements_under_the_hospital_exemption_scheme.pdf
https://www.gov.uk/guidance/apply-for-manufacturer-or-wholesaler-of-medicines-licences

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial - .
Clinical trial plan developed

treatment sites
. & approved

Paediatric Investigational Plans identified

el o Decision on planned route for regulatory approval

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route

Early access

selection
granted

International marketing Marketing authorisation
authorisation coordination via dossier submitted
Project Orbis [optional]

Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via ) -
Access Consortium [optional] Day 0 xs;’i‘f:;”g authorisation

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route

Marketing Authorisation decided or interim access

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to
patient(s)

ongoing

— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route

selection Early access

granted

International marketing Marketing authorisation
authorisation coordination via dossier submitted
Project Orbis [optional]

Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via ) -
Access Consortium [optional] Day 0 xs;’i‘f:;”g authorisation

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route
decided or interim access

Marketing Authorisation

submission
2 a . .. K ~+3mo. from Treatment centres
[ Marketing Authorisation submission planning ] decision identified
Post-authorisation compliance [Marketlng Authorisation submission ] Service delivery readiness
. = . assessed
[Regulatory and/or scientific advice ]
v . Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing S dletheridata collecied

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route

selection Early access

granted

International marketing Marketing authorisation
authorisation coordination via dossier submitted
Project Orbis [optional]

Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via ) -
Access Consortium [optional] Day 0 xs;’i‘f:;”g authorisation

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route

Marketing Authorisation decided or interim access

submission

~+3mo. from Treatment centres
decision identified

e ATMP developer

Post-authorisation compliance Service delivery readiness

e MHRA assessed
. i Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips I —— R Q) o sl alsiim el sies

route to market



Non-clinical Regulatory licensin " . . . . Treatment
& y : & Clinical trials Market access Commissioning Service readiness .. B
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route

selection Early access

granted

International marketing Marketing authorisation
authorisation coordination via dossier submitted
Project Orbis [optional]

Afte.r MA HTA dossier submitted
International marketing submission
authorisation coordination via ) -
Access Consortium [optional] Day 0 xi‘:i‘f:'d“g authorisation

Marketing Authorisation
submission planning

HTA decision published

* Engage with MHRA to discuss options early and inform NHS commissioning route
Marketing Authorisation them of intended route (once confirmed), contact details decided or interim access
submission for the MHRA can be found here ~+3mo. from Treatment centres
* Developers should consider their marketing strategy early decision identified
orisat i and reflect ambitions (and timelines) for the product in senvice dli ;
= ervice delivery readiness
Post-authorisation compliance chosen route to market Service ¢ y
v . O Treatment provided to
ongoing patient(s)
- *Note all timings ongoing ¢y Short term patient
E are estimates monitoring
. and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips - —— ongoing Q other%ata coIIectged

route to market


https://www.gov.uk/guidance/contact-mhra#contacting-us-during-the-coronavirus-covid-19-response

Non-clinical Regulatory licensin _ . . . . Treatment
& y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical trial . .
. Clinical trial plan developed
v treatment sites 8 2 d
. . 0 o X o approve
Paediatric Investigational Plans identified
IEE Developers of oncology products may submit a request to the MHRA to recommend their product for
Project Orbis. Co-ordinated by the FDA, Project Orbis provides a route for concurrent review of reogrilszt(;?:;anmng Q e e
. . . . . P « . . . . . Inical trials conaucte:
Regulatory approval route marketing authorisation applications for promising cancer medicines from participating countries. ST
selection

granted

Applicants for Project Orbis are required to have an innovation passport designation, and will still be \arketine authorieat
arketing authorisation

required to submit their full Marketing Authorisation to the MHRA using their existing process. There dossior supmittod

are fees involved for these services.

International marketing
authorisation coordination via
Project Orbis [optional]

X X Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via Market oricat
q q arketing authorisation
Access Consortium [optional] Day 0 received -

Marketing Authorisation
submission planning

HTA decision published

NHS commissioning route

Marketing Authorisation decided or interim access

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to
patient(s)

ongoing

— *Note all timings ongoing Short term patient
9 @ are estimates monitoring
‘ and will vary
Variation by based on ATMP ongoing Clinical & pharmacovigilance

Linked steps Who is involved? Best practices & tips ATMP archetype ORI and other data collected
route to market


https://www.gov.uk/government/publications/mhra-fees/current-mhra-fees

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

identified

Paediatric Investigational Plans

@) o Review Project Orbis guidance here and determine which submission type to use
. . . . . . Horizon scannin
o If not already completed, submit application through ILAP for Innovation Passport designation here registered e Clnial trials conducted
. . . . T . . Inical trials conaucte
Regulatory approval route o Submit request (including a summary of the product and details of eligibility criteria) to the MHRA R
selection for them to recommend inclusion in Project Orbis to the FDA via Orbis-MHRA®@ mhra.gov.uk granted
T ooy o Submit meeting request to MHRA regarding Project Orbis submission via Orbis-MHRA@ mhra.gov.uk okt .

. . o . . . . . . . . ar etlng authorisation
authorisation coordination via o Continue UK submission process along with concurrent submissions with participating countries dossier submitted
Project Orbis [optional] o Receive outcome decision from the FDA

. . Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via When Vet N
Access Consortium [optional] After completion of clinical trials and concurrent with UK Marketing Authorisation submission payo @ Martelné autorisation
Markt_etl_ng Author.lsatlon HTA decision published
submission planning
NHS commissioning route
Marketing Authorisation decided or interim access
submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness
assessed
i Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected 2ugelly and other%ata Collectged

route to market


https://www.gov.uk/guidance/guidance-on-project-orbis#products-eligible-for-project-orbis
https://www.gov.uk/guidance/innovative-licensing-and-access-pathway
mailto:Orbis-MHRA@mhra.gov.uk
mailto:Orbis-MHRA@mhra.gov.uk

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research
licences received

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate
to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Paediatric Investigational Plans

approval o Inclusion or exclusion decision from FDA

o Marketing Authorisation decision from all participating Project Orbis countries rlorizon scanning. (3

registered Clinical trials conducted

Regulatory approval route
selection

Early access
granted

International marketing
authorisation coordination via
Project Orbis [optional]

Marketing authorisation
dossier submitted

X X Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via Market oricat
q q arketing authorisation
Access Consortium [optional] Day 0 received -

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route

Marketing Authorisation decided or interim access

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to
patient(s)

ongoing

— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route
selection

Early access
granted

International marketing
authorisation coordination via
Project Orbis [optional]

Marketing authorisation
dossier submitted

X X Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via Market oricat
q q arketing authorisation
Access Consortium [optional] Day 0 received -

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route
decided or interim access

Marketing Authorisation

submission [Marketing Authorisation submission ] ~+3mo. from Treatment centres
. R R decision identified
[Innovatlve Licensing and Access Pathway (ILAP) ]
Post-authorisation compliance [optional] Service delivery readiness
R o . assessed
[Regulatory and/or scientific advice ]
v i Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected 2ugelly and other data collected

route to market



Non-clinical Regulatory licensin " . . . . Treatment
& y : & Clinical trials Market access Commissioning Service readiness .. B
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning

registered Clinical trials conducted

Regulatory approval route
selection

Early access
granted

International marketing
authorisation coordination via
Project Orbis [optional]

Marketing authorisation

ATMP developer dossier submitted
MHRA After MA

International marketing * FDA submission
authorisation coordination via
Access Consortium [optional]

HTA dossier submitted

Day 0 Marketing authorisation

Project Orbis participating received
Marketing Authorisation cel s ., ;
.. . * FDA (USA) HTA decision published
submission planning
* TGA (Australia) s e
commissioning route
L] . . .
Marketing Authorisation Health'canada (Canada) decided or interim access
submission | oA (Smgapore) ~+3mo. from Treatment centres
* Swissmedic decision identified
(Switzerland)
Post-authorisation compliance » ANVISA (Brazil) Service delivery readiness
assessed
v ) O Treatment provided to
ongoing patient(s)
. *Note all timings ongoing (Y Short term patient
E are estimates monitoring
. and will vary
based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing Q other‘;ata Collectged

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research
licences received

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate
to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route
selection

Early access
granted

International marketing
authorisation coordination via
Project Orbis [optional]

Marketing authorisation
dossier submitted

X X Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via Market oricat
q q arketing authorisation
Access Consortium [optional] Day 0 received -

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route
decided or interim access

Marketing Authorisation

submission ~+3mo. from Treatment centres

decision identified
* For queries relating to project Orbis, contact the MHRA at
Post-authorisation compliance Orbis-MHRA@mhra.gov.uk Service delivery readiness
- - assessed
v i Treatment provided to

ongoing patient(s)

— *Note all timings ongoing Short term patient

E are estimates monitoring
and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market


mailto:Orbis-MHRA@mhra.gov.uk

Non-clinical Regulatory licensin _ . . . . Treatment
& y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output
Clinical tnal. Clinical trial plan developed
v treatment sites } PP

Paediatric Investigational Plans identified
approval Developers can apply for a concurrent Marketing Authorisation submission and review in additional

markets through the Access Consortium. There are a number of work sharing initiatives for different reogri'szt(;?:;anmng Q e e

. . . . Inical trials conaucte:

Regulatory approval route product types, so developers should review the guidance and ensure that it is relevant and applicable ST
aelizmien for their product. granted

International marketing
authorisation coordination via
Project Orbis [optional]

Marketing authorisation
dossier submitted

Applicants for Access Consortium work sharing initiatives will still be required to submit their full
Marketing Authorisation to the MHRA using their existing process, and will receive independent
outcomes from participating countries. There are fees involved for these services. After MA & | 11 dossier submitted

submission

International marketing

authorisation coordination via

. . Marketing authorisation
Access Consortium [optional] &

Day 0 received

Marketing Authorisation i e (T
submission planning

NHS commissioning route

Marketing Authorisation decided or interim access

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to
patient(s)

ongoing

— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market


https://www.gov.uk/government/publications/mhra-fees/current-mhra-fees

Non-clinical Regulatory licensin _ . . . . Treatment
& y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

identified

Paediatric Investigational Plans
approval

o Review Access Consortium guidance and determine if applicable for the product here A _

o Review the process for application in the New Active Substance (NAS) work sharing initiative here feogri'szt(;?:;anmng @ Clnial trials conducted
Regulétorv approval route o Express interest in the initiative using the expression of Interest (EOI) form available here, and submit ST e :
aelizmien to the MHRA (access-mhra@mhra.gov.uk) 3-6 months prior to MA submission granted
International marketing o) Coptipue UK submission process along with concurrent submissions with participating countries Marketing authorisation
authorisation coordination via (within 2 weeks of each other) dossier submitted
Project Orbis [optional]

When Su’zﬁi;’;zﬁ HTA dossier submitted

International marketing . . . . . L oo
After completion of clinical trials and concurrent with UK Marketing Authorisation submission

authorisation coordination via
Access Consortium [optional]

Marketing authorisation

Day 0 received

Marketing Authorisation i e (T
submission planning

NHS commissioning route

Marketing Authorisation decided or interim access

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to
patient(s)

ongoing

— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market


https://www.gov.uk/guidance/access-consortium
https://www.gov.uk/guidance/access-new-active-substance-nas-work-sharing-initiative
https://assets.publishing.service.gov.uk/government/uploads/system/uploads/attachment_data/file/957904/Access-nas-work-sharing-initiative-eoi_-update_2021_.docx
mailto:access-mhra@mhra.gov.uk

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

identified

Paediatric Investigational Plans

IEE o Co-ordinated review of Marketing Authorisation application
Horizon scanning ®

o Marketing Authorisation decision from all participating Access consortium countries registered

Clinical trials conducted
Regulatory approval route
Early access

selection

granted
International marketing Marketing authorisation
authorisation coordination via dossier submitted

Project Orbis [optional] -
ter

.. HTA dossier submitted
submission

International marketing

authorisation coordination via

. . Marketing authorisation
Access Consortium [optional] &

Day 0 received

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route

Marketing Authorisation decided or interim access

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to

ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market




Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®
registered Clinical trials conducted
Regulatory approval route

selection Early access

granted

International marketing Marketing authorisation
authorisation coordination via dossier submitted

Project Orbis [optional] -
ter

.. HTA dossier submitted
submission

International marketing

authorisation coordination via

. . Marketing authorisation
Access Consortium [optional] &

Day 0 received

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route
decided or interim access

Marketing Authorisation

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance [Marketlng Authorisation submission ] Service delivery readiness
R o . assessed
[Regulatory and/or scientific advice ]
v X Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market



Non-clinical Regulatory licensin " . . . . Treatment
& y : & Clinical trials Market access Commissioning Service readiness .. B
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research
licences received

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate
to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview

To-do list
Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route

Early access

selection granted
International marketing Marketing authorisation
authorisation coordination via dossier submitted
Project Orbis [optional]
. . Afte.r MA HTA dossier submitted
International marketing submission
authorisation coordination via
i i ® Marketing authorisati
Access Consortium [optional] ATMP developer Day 0 res;ife'd“g authorisation
* MHRA
Markt_etl_ng Author.lsatlon . HTA decision published
submission planning Access Consortium
participating countries: NHS commissioning route
Marketing Authorisation * TGA (Australia) decided or interim access
submission * Health Canada (Canada) ~+3mo. from Treatment centres
* HSA (Slnga pore) decision identified
— : * Swissmedic o .
Post-authorisation compliance . Service delivery readiness
(SW|tzerIand) assessed
v . Treatment provided to
ongoing patient(s)
. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected 2ugelly and other data collected

route to market



Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted
Regulatory approval route

Early access

selection

granted
International marketing Marketing authorisation
authorisation coordination via dossier submitted

Project Orbis [optional] -
ter

.. HTA dossier submitted
submission

International marketing

authorisation coordination via

. . Marketing authorisation
Access Consortium [optional] &

Day 0 received

Marketing Authorisation

.. . HTA decision published
submission planning

NHS commissioning route
decided or interim access

Marketing Authorisation

Sl ESE ~+3mo. from Treatment centres

decision identified
* For queries relating to Access Consortium Work Sharing
Post-authorisation compliance Initiatives, contact the MHRA at access-mhra@mhra.gov.uk Z‘;r:':seeje"verv readiness
v . Treatment provided to

ongoing patient(s)

— *Note all timings ongoing Short term patient

E are estimates monitoring
and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected 2ugelly and other data collected

route to market


mailto:access-mhra@mhra.gov.uk

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research
licences received

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate
to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

identified

Paediatric Investigational Plans

IEE As part of Marketing Authorisation submission planning, developers should determine which Marketing

Authorisation submission route they will follow and notify the MHRA.

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route

selection Developers should develop a detailed submission plan and timelines. In addition to gathering all of the N

granted

_ _ required documentation, developers should hold a formal meeting with the MHRA prior to submission
L”uttehrg;z;‘i’i‘:r:r:;::jitr']’;%ionVia of their application. Developers should also ensure that they have an appropriate pharmacovigilance x;rs'i‘ee:'sfbar;‘itg:;'sat'°”
P e e system in place as details will need to be provided as part of the MA submission.

After MA . .

. . . . . . . . i bmission HTA dossier submitted
International marketing If the product is a combination ATMP including a medical device component, developers must ensure su
authorisation coordination via compliance with medical device legislation. Marketing authorisation
Access Consortium [optional] Day 0

received

Developers based in Northern Ireland must ensure compliance with EMA processes and apply to the
Committee for Advanced Therapies (CAT) of the EMA on the quality, safety, and efficacy of the ATMP HTA decision published
prior to MA submission (CHMP opinion).

Marketing Authorisation
submission planning

NHS commissioning route
decided or interim access

Marketing Authorisation

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to

ongoing

patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market




Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research
licences received

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate
to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list Output

Clinical trial - .
Clinical trial plan developed

treatment sites 8
v & approved

Paediatric Investigational Plans identified

approval o Commence MHRA submission planning and notify the MHRA of the intended submission route A _

o Apply for a product licence number from the MHRA portal here or by emailing feogri'szt(;?:;ann'ng O Clinical trinls conducted
Regulétorv approval route PLNumberAllocation@mhra.gov.uk Early access e .
selection o If product is a combination ATMP including a medical device component, review medical device granted
International marketing rqulrements here L. . Marketing authorisation
authorisation coordination via o Review and complete pre-submission checklist here dossier submitted
Project Orbis [optional] o Hold pre-submission meeting with the MHRA
et E e o Provide a name for the ATMP, with advice on naming here Sufl‘ﬁ;’;’ﬁ HTA dossier submitted
e e o Create a Patient Information Leaflet (PIL) guidance here
Access Consortium [optional] o If required, request a meeting with the MHRA regarding the intended submission to receive Day 0 xig'i‘f;;”ga“thorisation

regulatory advice
Marketing Authorisation o Complete a UK PIP compliance check prior to Marketing Authorisation submission, guidance from HTA decision published
submission planning MHRA here
NHS commissioning route

Marketing Authorisation When decided or interim access
submission Planning should begin prior to Marketing Authorisation submission ~+3mo. from Treatment centres

Pre-submission meeting should be 6 months prior to intended submission decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to
patient(s)

ongoing

— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market


https://pclportal.mhra.gov.uk/%5d
mailto:PLNumberAllocation@mhra.gov.uk
https://www.gov.uk/guidance/regulating-medical-devices-in-the-uk
https://assets.publishing.service.gov.uk/government/uploads/system/uploads/attachment_data/file/368314/Pre-submission_checklist.pdf
https://assets.publishing.service.gov.uk/government/uploads/system/uploads/attachment_data/file/366645/naming_of_medicines_guidance.pdf
https://www.gov.uk/guidance/medicines-packaging-labelling-and-patient-information-leaflets#patient-information-leaflets-pils
https://www.gov.uk/guidance/procedures-for-uk-paediatric-investigation-plan-pips#section-4-compliance-check

Non-clinical Regulatory licensing " . L . . Treatment
B Clinical trials Market access Commissioning Service readiness .. N
research & certification provision & monitoring

ATMP ROADMAP

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial - .
Clinical trial plan developed

treatment sites
v & approved

Paediatric Investigational Plans identified

IEE o MA submission plan
Hori .
o ATMP name re"gri'szt‘:r‘:;a””'”g O .
Clinical trials conducted

Regulatory approval route o PLnumber
selection L . Early access

o Completed pre-submission checklist granted

o Pre-submission meeting with MHRA

International marketing
authorisation coordination via dossier submitted
Project Orbis [optional]

Marketing authorisation

After MA

.. HTA dossier submitted
submission

International marketing
authorisation coordination via Market oricat

q q arketing authorisation
Access Consortium [optional] Day 0 received -

Marketing Authorisation
submission planning

HTA decision published

NHS commissioning route
decided or interim access

Marketing Authorisation

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness

assessed

Treatment provided to
patient(s)

ongoing

— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing i othor data colloctad

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted
Regulatory approval route

selection Early access

granted

International marketing Marketing authorisation
authorisation coordination via dossier submitted
Project Orbis [optional]

Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via ) -
Access Consortium [optional] Day 0 xs;’i‘f:;”g authorisation

Marketing Authorisation
submission planning

HTA decision published

NHS commissioning route

Marketing Authorisation decided or interim access

submission
~+3mo. from Treatment centres
decision identified
Post-authorisation compliance Service delivery readiness
R o . assessed
[Regulatory and/or scientific advice ]
v X Treatment provided to
ongoing patient(s)
. *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. .. . . based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips and selected ongoing and other data collected

route to market



Non-clinical Regulatory licensin _ . . . . Treatment
& y g Clinical trials Market access Commissioning Service readiness

ATMP ROADMAP

research & certification provision & monitoring

. . . . Non-clinical research
What licences and/or approvals are required ) What key regulatory steps are required to 3 What programmes are available to accelerate licences received

1 to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

To-do list

KEY TOPICS Overview

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted
Regulatory approval route

selection Early access

granted

International marketing Marketing authorisation
authorisation coordination via dossier submitted
Project Orbis [optional]

Afte'r MA HTA dossier submitted
International marketing submission
authorisation coordination via ) -
Access Consortium [optional] Day 0 xs;’i‘f:;”g authorisation

Marketing Authorisation
submission planning

HTA decision published

NHS commissioning route
decided or interim access

Marketing Authorisation

submission
~+3mo. from Treatment centres

decision identified

e ATMP developer

Post-authorisation compliance Service delivery readiness

e MHRA assessed
. i Treatment provided to
ongoing patient(s)
— *Note all timings ongoing Short term patient
E are estimates monitoring
and will vary
. L . ) based on ATMP . Clinical & pharmacovigilance
Linked steps Who is involved? Best practices & tips I —— R Q) o sl alsiim el sies

route to market



Non-clinical Regulatory licensin " . . . . Treatment
& y : & Clinical trials Market access Commissioning Service readiness .. B
research & certification provision & monitoring

ATMP ROADMAP

Non-clinical research
licences received

1 What licences and/or approvals are required 2 What key regulatory steps are required to 3 What programmes are available to accelerate
to conduct research? receive marketing authorisation? time to market?

Non-clinical research
programme completed

Medicinal product
manufacturer licence received

KEY TOPICS Overview To-do list

Clinical trial
treatment sites

Paediatric Investigational Plans identified
approval

Clinical trial plan developed
& approved

Horizon scanning ®

registered Clinical trials conducted

Regulatory approval route

selection Early access

. . . . . . granted
* Prior to Marketing Authorisation application, developers

International marketing should review and ensure that all relevant licences for their Marketing authorisation

e TR ; ; . _ . dossier submitted
authorisation coordination via product are in place, including but not limited to; Medicinal ossier submitte
Project Orbis [optional] 1 .

product manufactur