


ATMP in the EU 



Specific rules regarding the  authorization 
      supervision 
      pharmacovigilance 

of advanced therapy medicinal products (ATMPs) 















HIV 





Annex I 





Tissue engineered product means a product 
that: 

— contains or consists of engineered cells or 
tissues, and 

— is presented as having properties for, or is 
used in or administered to human beings 
with a view to regenerating, repairing or 
replacing a human tissue 



engineered cells or tissues 



Article 2. Definitions 

e.g. cell culture 

e.g. different 
 location 







SHOULD  COMPLY WITH THE LEGISLATION FOR MED PROD 

•  their use needs to be authorized: marketing 
authorization, clinical study, compassionate use… 
•  quality, safety and efficacy  
•  GMP (production & control), GLP (non-clinical) and    

 GCP (clinical studies) apply 

!  clinical studies, compassionate use 
!  hospital exemption MA in the EU  

(centralized procedure) 



• Marketing authorisation required 

• Demonstration of Quality, Safety & Efficacy 

• Post-authorisation vigilance of S & E 

• Centralised procedure mandatory 





•  A single MA in the EU 
•  210-d evaluation process 
•  Same indications and SPC 

Price and reimbursement 
decided by each member 

state  





• Chair & Vice-Chair 
• 1 scientific expert member nominated by each MS (+1 alternate) - 28 
• 1 scientific expert member from NO and ICE (+1 alternate) (observers) 
• 5 co-opted members (experts in specific areas of interest for the CHMP) 

                                                                                                                                                                     





SCIENTIFIC COMMITTEES 

CVMP CHMP COMP HMPC 





•  5 CHMP members with their alternates 
•  1 M (1A) per MS (from MS not represented through CHMP) 
•  2 M (2A) representing clinicians 
•  2 M (2A) representing patients’ associations 
•  At least 2 M (2A) with expertise in medical devices 



CHMP 



FINAL opinion on 
medicines for human 

use 













07/2007 CEREPRO AdV-HSVtk. Withdrawn by the applicant 

12/2008 ADVEXIN AdV-p53. Withdrawn by the applicant 

07/2009 CHONDROCELECT Autologous chondrocytes 

07/2012 GLYBERA AAV-LPL 

01/2013 
HYALOGRAFT C 

AUTOGRAFT 
Autologous chondrocytes. Withdrawn by the 
applicant 

03/2013 ORANERA Autologous oral mucosal epithelial cells. 
Withdrawn by the applicant 

04/2013 MACI Matrix-induced autologous chondrocyte 
implantation 

06/2013 PROVENGE 
Autologous peripheral blood mononuclear 
cells activated with PAP-GM-CSF 
(sipuleucel-T) 



07/2007 CEREPRO AdV-HSVtk. Withdrawn by the applicant 

12/2008 ADVEXIN AdV-p53. Withdrawn by the applicant 

07/2009 CHONDROCELECT Autologous chondrocytes 

07/2012 GLYBERA AAV-LPL 

01/2013 
HYALOGRAFT C 

AUTOGRAFT 
Autologous chondrocytes. Withdrawn by the 
applicant 

03/2013 ORANERA Autologous oral mucosal epithelial cells. 
Withdrawn by the applicant 

04/2013 MACI Matrix-induced autologous chondrocyte 
implantation. Now suspended 

06/2013 PROVENGE 
Autologous peripheral blood mononuclear 
cells activated with PAP-GM-CSF 
(sipuleucel-T) 



















































Patients with multiple attacks 







The need for a single treatment 
marks a divide between Glybera 
and enzyme replacement 
therapies for similar inherited 
enzyme deficiency disorders, 
which must be administered on a 
chronic basis. Marketed enzyme 
replacement therapies cost 
between €150,000 and €450,000 
per patient, per annum, and Aldag 
thinks the pricing for Glybera 
should be a multiple of some price 
in that range to reflect the fact 
that a one off-treatment with 
Glybera has an effect that lasts 
over years  (BioWorld). 

It will cost around £1 million ($1.6 







68 

Provenge®  manufacturing process 

18 hr shelf life 

























 Advanced therapy medicinal products which are intended to 
be placed on the market in Member States and either 
prepared industrially or manufactured by a method 
involving an industrial process (Title II of Directive 2001/83). 



EXCLUDED from the scope of this Regulation: 

advanced therapy medicinal products which are prepared on  

"   a non-routine basis according to specific quality standards, 
"   used within the same Member State in a hospital 
"   under the exclusive professional responsibility of a medical 

 practitioner in order to comply with an individual medical 
 prescription for a custom-made product for an individual 
 patient 










