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• Regulatory Framework

• Key Challenges and learnings

• Support tools, including for academic developers 
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Regulatory 

framework 

for ATMPs: 

Scope and 

Definitions 
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Gene therapy 
medicinal product

• recombinant nucleic 
acid 

• to regulate, repair, 
replace, add or delete a 
genetic sequence

Somatic cell therapy 
medicinal product

• substantially 
manipulated cells/tissue 

• not intended to be used 
for the same essential 
function

• to treat, prevent or 
diagnose a disease 
(pharmacological, 
immunological, 
metabolic action)

Tissue engineered 
product

• substantially 
manipulated cells/tissue 
(human/animal origin)

• viable/non-viable

• not intended to be used 
for the same essential 
function

• to regenerate, repair or 
replace a human tissue

Combined ATMP

EC proposal: Gene 
therapy definition 
updated encompass 
gene editing and 
‘synthetized’ products. 
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Definitions of ATMPs (Classification)

Mandated centralised procedure 

Establishment of the CAT => Jan-09

Demonstration of Q and positive benefit:risk)

Post-MA follow-up of efficacy and safety

* CAT: Committee for Advanced Therapies 

Incentives, incl. certification for SMEs
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Regulatory framework : ‘Lex specialis’

Regulation (EC) No 1394/2007

http://ec.europa.eu/health/files/eudralex/vol-1/reg_2007_1394/reg_2007_1394_en.pdf
https://www.ema.europa.eu/en/events/scientific-symposium-advanced-therapy-medicinal-products-contribution-evolution-revolution
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Regulator as Gatekeeper

ATMP development Scientific evaluation by EMA Patient access

Clinical trials 
CAT

PRAC

BWP

CHMP

B
e
n
e
fi
t/

 r
is

k
 o

p
in

io
n

(Conditional) approval

HTA/payers

Post-approval data

PRAC

CAT: Committee for Advanced Therapies
CHMP: Committee for Medicinal Products for Human Use
PRAC: Pharmacovigilance Risk Assessment Committee
HTA: Health Technology Assessment
BWP: Biological Working Party
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EC proposal: Committee simplification, 

with expertise enhanced through WP, WG 
and pool of experts, including patients and 
HCPs; introduction of phased review. 
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2010 2011 2012 2013 2014 2015 2016 2017 2018 2019 2020 2021 2022 2023

Approved ATMPs (2009- Feb-25) Gene therapy medicinal product

Cell therapy medicinal product

Tissue engineered productTEP

GTMP

CTMP

Withdrawn / MA not renewed 

Chondrocelect MACI

Glybera

Imlygic

Tecartus Upstaza

Roctavian

Libmeldy Carvykti

Yescarta

Zolgensma Breyanzi

Kymriah

Strimvelis Luxturna

Abecma

Zynteglo

Skysona

Holoclar Spherox

Provenge Zalmoxis Ebvallo

Hemgenix

Casgevy

2024

Beqvez

Alofisel

Vyjuvek

Regulator as Gatekeeper
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From clinical trials to ‘first in 
class’ highly innovative products

Slide from Ilona Reischl

Slide from Martina Schuessler-Lenz
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Key learnings:

Addressing quality and 

nonclinical issues before 

entering the pivotal phase 

of ATMP development  ANF

Effective planning for 

post-authorisation 

evidence generation 

(incl. data sources) 

will clear the path for a 

smooth and speedy 

marketing authorisation, 

and incremental 

knowledge gain. 
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https://doi.org/10.1038/nrd.2018.200

Barkholt, L., Voltz-Girolt, C., Raine, J. et al. European 

regulatory experience with advanced therapy 
medicinal products. Nat Rev Drug Discov 18, 8–9 (2019). 

https://doi.org/10.1038/nrd.2018.200 

https://doi.org/10.1038/nrd.2018.200
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Scientific Advice 
/ Protocol 
Assistance

SME Office

Reg assistance, SME 
Briefing Meeting,
SME incentives

Innovation Task 
Force (ITF)

&
EU Innovation 

Network

Quality Innovation 
Group (QIG)

ATMP 
Classification
& Certification

Orphan Drug 

Designation
Qualification of 

novel 
methodologies

PRIority MEdicines 
(PRIME)

Academic 
support pilot

SME@ema.europa.eu
Academia entry point

Academia@ema.europa.eu

Procedural and 
scientific guidance

CTA

Consolidated 
advice on clinical 
trials - European 
Union

Paediatric 
Investigation 

Plan (PIP) 

MAA PSM
Submission of 

MAA

e.g. QIG Listen-and-learn focus group meeting 
on 7th and 8th April 2025 (personalized medicines)

Guideline on quality, non-clinical and clinical requirements for 
investigational advanced therapy medicinal products in clinical trials

Regulator as enabler of innovation

https://accelerating-clinical-trials.europa.eu/our-work/consolidated-advice-clinical-trials_en
https://accelerating-clinical-trials.europa.eu/our-work/consolidated-advice-clinical-trials_en
https://accelerating-clinical-trials.europa.eu/our-work/consolidated-advice-clinical-trials_en
https://accelerating-clinical-trials.europa.eu/our-work/consolidated-advice-clinical-trials_en
https://www.ema.europa.eu/en/documents/scientific-guideline/guideline-quality-non-clinical-clinical-requirements-investigational-advanced-therapy-medicinal-products-clinical-trials_en.pdf
https://www.ema.europa.eu/en/documents/scientific-guideline/guideline-quality-non-clinical-clinical-requirements-investigational-advanced-therapy-medicinal-products-clinical-trials_en.pdf
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▪ ATMP support pilot for academic developers launched Sep-22 with first 

product/applicant (ARI-0001; Hospital Clinic Barcelona)

▪ EMA pilot offers enhanced support to academic and non-profit developers of advanced therapy medicinal 

products | European Medicines Agency (europa.eu)

▪ In line with framework of collaboration with academia : payment of fees 

identified by academia as a key hurdle.

▪ 2 new products selected in 2024

▪ TregTacRes, modified (tacrolimus resistant) T regulatory cells, developed by Berlin Center for 

Advanced Therapies (BeCAT) as adjunctive therapy after living donor kidney/solid organ 

transplantation.

▪ Telethon003, autologous CD34+ cells transfected with a lentiviral vector (containing the 

human WAS cDNA), developed by Fondazione Telethon (Italy) for Wiskott Aldrich Syndrome.

→ In kind regulatory support and fee incentives 
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Regulator as enabler : Academic support pilot for academic developers
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https://www.ema.europa.eu/en/news/ema-pilot-offers-enhanced-support-academic-non-profit-developers-advanced-therapy-medicinal-products
https://www.ema.europa.eu/en/news/ema-pilot-offers-enhanced-support-academic-non-profit-developers-advanced-therapy-medicinal-products
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To be cont’ed… 
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Workshop => Guideline

GMOs, decentralized 

manufacturing, platform 

technologies and 

marketing 

authorisations…

Q&A on 
decentralized 
manufacture
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• Robust and adapted framework

• Support tools to overcome challenges in 

navigating and complying with regulatory 

requirements

• => ITF, guidelines, iterative PIP, QIG, CTA

• Carefully addressing quality and nonclinical 

issues before entering the pivotal phase of ATMP 

development and robust plan for post-evidence 

generation will clear the path for a smooth and 

speedy MA and future market access

• => PRIME, Scientific Advice, ATMP certification 

(SME only), Joint scientific consultation

Take home messages 

Advanced therapy medicinal products: Overview | European Medicines Agency (EMA) (europa.eu)

Key messages

Quality Innovation Group | European Medicines Agency (EMA)

https://www.ema.europa.eu/en/human-regulatory-overview/advanced-therapy-medicinal-products-overview#training-materials-12382
https://www.ema.europa.eu/en/committees/working-parties-other-groups/chmp-working-parties-other-groups/quality-innovation-group
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Find out more on ema.europa.eu
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