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1. Implementation of the Advanced Therapy Regulation at the 
European Medicine Agency (EMA):   

Á  Committee for Advanced Therapies (CAT) 

Á Regulatory Centralised  Procedures for Advanced Therapy 
Medicinal Products (ATMPs) 

 

2. Role of Patients in the CAT 

 

3. Outcomes  

 

4. Conclusions 

 

Disclaimer:  

These slides are not representative of the official view of the 
EMA or CAT, but only of their author 

 

Content 
Outline 
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CHMP  
(Committee for Human Medicinal Products) 

 

CVMP 
(Committee for Veternary Medicinal Products) 

 

HMPC  
(Committee for Herbal Medicinal Products)  

 

COMP 
(Committee for Orphan Medicinal Products)   

 

PDCO  
(Paediatric Committee)  

 

CAT  

(Committee for Advanced Therapy Medicinal Products)   
 

PRAC 
(Pharmacovigilance Risk Assessment Committee ) 

 will be established in July. 2012 

 

 

 

 
 

EMA Scientific Committees: ALL EU MEMBER STATES ARE REPRESENTED  

http://www.hma.eu/index.html?L=1
http://www.hma.eu/index.html?L=27
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EU LEGAL FRAMEWORK  

 

Other EU legislations that apply to ATMP products: 

ÅDirective 2001/83/EC (medicinal products for human use) 

ÅRegulation (EC) No 726/2004 (procedures for the authorisation and 

supervision of medicinal products for human and veterinary use and 

establishing a European Medicines Agency) 

ÅDirective 2001/20/EC (clinical trials) 

ÅDirective 2005/28/EC (good clinical practice, manufacture and import)  

ÅDirective 2003/94/EC (good manufacturing practice) 

ÅRegulation (EC) No 1901/2006 (paediatric medicines) 

é.And for Rare Diseasesé.Regulation (EC) 141/2000 on Orphan Drugs 

A complete lack of harmonisation exists across Europe, 

policy makers adopted in 2007 the  

Regulation on ATMPs 1394/2007 
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ÅAdvanced Therapy medicinal products (ATMP) 

Á Gene Therapy Products 

Medicinal product aiming at the transfer  of a functional gene into humans  

Á Somatic Cell Therapy Products 
Medicinal product based on the administration of « sufficiently » manipulated cells into humans 

Á Tissue Engineered Products 
Medicinal product consisting in engineered cells/tissues administered to human 

 to regenerate, repair or replace a human tissue. 

ÅPrinciples of existing legislation on medicines apply to 
advanced therapies: 

Á Quality, Safety & Efficacy 

Á Marketing authorisation 

Á Post-authorisation vigilance 

 

 Regulation on Advanced Therapies 

Key elements  
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Å1 application to EMA Ą 1 scientific evaluation 

ÅScientific Committee:  
    CAT + adoption by the CHMP 

ÅMaximum legal time limit 
    210 days evaluation (CAT Opinion + CHMP Opinion) + 
EU Commission Decision 

Å1 Marketing Authorisation valid for the whole EU 

Å1 Trade name and 1 Labelling (all EU languages) 
    Summary of Product Characteristics 
    User Package Leaflet  
    Package Labelling 

Centralised Procedure for ATMPs 

6 
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CAT should cover the 

scientific areas relevant 

to advanced therapies, 

including: 

 
- Medical devices  

- Tissue engineering, 

- Gene therapy,  

- Cell therapy, 

- Biotechnology, 

- Surgery, 

- Pharmacovigilance, 

- Risk management 

- Ethics.  
 

[Recital 9 & Art.21] 

The Committee for Advances Therapies (CAT): 

Composition  
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EARLY 
DEVELOPMENT 

QUALITY  

QUALITY  

NON CLINICAL  

EVALUATION  

DRAFT OPINION MAA  

CERTIFICATION  

CLASSIFICATION  

SCIENTIFIC ADVICE  

 QUALITY                
NON CLINICAL,  

CLINICAL  

ROLE OF CAT  
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EMA Scientific Committees and Patientsô Contribution 

 

ÅExpertise: convey a combination of specific education, 

training and professional experience (not as directly 

affected person). 

ÅExperience:  convey practical disease knowledge 

obtained from direct contact with the disease (affected 

person or close contact with affected person, e.g. family, 

carer).  

ÅAdvocacy:  act on behalf of the affected patients in 

defence of their rights; provide patient-oriented public 

health / healthcare policy perspective. 

ÅEmpowerment: Access to the information necessary to  

participate in the decision-making processes on behalf 

of all patients. 
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Role of Patients representatives  in the  

EU Centralized Procedures for ATMP  

ÅFull members of the CAT 

Á Vote on products / procedures 

Á Stand for chair/vice-chair of CAT 

Á Can be Rapporteur, Co-Rapporteur, Peer reviewer 

Á Can take part of assessment team for: 

ïMAA for ATMP 

ï Re-registration of products legally on the market 

ï Certification of Quality/Non-Clinical data 

Á Can be Rapporteur for scientific guidelines 
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Role of Pos representatives  in the  

EU Centralized Procedures for ATMP  

 

Á Representing patientsô voice  

Á Propose patients experts 

Á Bringing points of view and perspectives on Regulatory procedure 

Á Link outside POs useful for their specific expertise 

Á Points of view and real life experience of concerned patients 

Á Address issues that could concern lay peoples 

Á Involvement in all the Regulatory process including issues of post-

marketing access.  

Á Propose actions beyond the regulatory framework: e.g. proposal for 

a CAT work programme addressing general issues related to ATMPs 

development 
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CAT - OUTCOMES 
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CAT: where we are now 

http://www.ema.europa.eu/docs/e

n_GB/document_library/Work_pro

gramme/2010/11/WC500099029.pd

f 
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CAT Objectives for the 2010-2015 

ƷFacilitate development ATMP and access to MAA: 

understand trends in research and development, 

strengthen dialogue with stakeholders, reinforce 

internal/external cooperation 

ƷPromote the use of available regulatory 

procedures and introduce potential improvements 

ƷExplore possibilities offered by the current 

regulatory framework when applied to ATMPs 

ƷContribute to foster innovation 
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Conclusions  

VATMP Regulation implemented 

VClear framework for MAA 

VProactive approach to address the needs of the sector 

VTools to facilitate Translation are available 

 

 

 

 

 



    

 

 www.eurordis.org 

Thanks for  your attention 

P 

Michele Lipucci Di Paola 

michele.lipucci@eurordis.org 
 

 

 

 

 Questions ? 

http://www.eurordis.org/photo_contest/index.php?showimage=8
mailto:michele.lipucci@eurordis.org
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Definitions: GENE THERAPHY 

1

7 
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Definitions: SOMATIC CELL THERAPHY & TEP 

1

8 
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Definitions: COMBINED ATMP 

1

9 



20 Committee for Advanced Therapies 

Ex vivo Gene therapy:  

treatment of SCID disease 

http://history.nih.gov/exhibits/genetics/sect4.htm 

http://athena.bioc.uvic.ca 
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Example: Cancer Cell therapy 


