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Outline

• The current scenario

• Critical factors that have influenced ATMP success 
rates

• Possible ways to foster development and expand 
patients’ access

• The European Commission and EMA Action Plan 
on ATMPs

• The outstanding challenges
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The current scenario

• ATMPs comprise gene therapies, tissue 
engineered products and somatic cell therapies

• Not a success story

• Only 10 ATMPs authorised in the EU since 
Regulation 1397/2007 entered into force

• 3 subsequently withdrawn and 1 suspended 

• mainly developed in academic environment, 
where industrial regulatory expertise and 
marketing knowledge may lack
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Why?

• Complexity of clinical trials

• Supply chain management

• Lack of standardisation in manufacturing 
procedures

• Unavailability of enough evidence of comparable 
clinical effectiveness

• Commercialisation hurdles

• High range costs of reimbursement for the 
national health systems
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How to foster ATMP development

• Engage pharmaceutical industry and venture 
capital investors (e.g.: CAR-T)

• Apply for SMEs status whenever eligible

• Creation of a data base of accredited 
establishments in Europe

• Implementation across the EU of a Cell 
History/Master File

• Non-authorisation of hospital exemption when 
authorised ATMP is available
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Accelerating patients’ access

• More frequent interaction, informal and real-
time dialogue between ATMPs developers and 
regulatory agencies (e.g.: ITF)

• Free scientific advice 
• Exploit early access options

• Anticipate discussion with HTA bodies (parallel 
advice)

• Encourage funding and investments through  
financial incentives at EU and national level
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The EC/EMA Action plan on ATMPs

• Strengthen multi-stakeholder cooperation (EMA, 
EC, NCAs, HTAs)

• The EC/EMA action plan

• List of proposed actions

• Issuing of ATMP specific guidelines (GMP, GCP) 
and Q&A documents (GLP)

• Application of a risk-based approach

• Development of targeted communication/training 
material
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