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Gene Therapy  
Medicinal Products 

Somatic Cell Therapy  
Medicinal Products 

Tissue Engineering 
Products 

Genetically modified cells 

medical device + ATMP  combined ATMP 
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CAT 
 

5 „double members“ 

EMA Committees for ATMPs 

CHMP 
 

- 18 quality experts 
- 12 non-clinical experts 

- 21 clinical experts  
   (including 4 members 

   representing physicians) 
-   1 inspector 

- 4 patient representatives 
- 8 other (scientists, heads 

    of departments etc.) 
 

Total 68 experts 



Use favourable legal tools specific for ATMP’s 

Long term safety and 
efficacy follow up 

RISK BASED APPROACH Article 14º 

Margarida Menezes Ferreira 

Start March 2016 



NON MA CAT procedures (December 2016) 

- 219 scientific advice procedures for ATMPs 
- 47 PIPs 
- 22 ATMP applications for PRIME, 7 granted 
- Over 300 ATMPs have been studied in clinical trials 
    during 2011-2015 (~200 CTs during 2004-2010) 

Classifications 2009-2016 

slide provided by Paula Salmikangas 
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APPROVED AND LATER WITHDRAWN:     
ChondroCelect for cartilage repair, 2009 *(withdrawn 06/2016) 

 MACI for cartilage repair, 2012 *(closure of EU manufacturing site 09/2014) 
Provenge for treatment of advanced prostate cancer, 2013 *(withdrawn 05/2015) 

 
APPROVED :  

Glybera for treatment of LPL deficiency, 2013 
Holoclar for treatment  of limbal stem cell deficiency, 2015 

 Imlygic for treatment of advanced melanoma, 2015 
 Strimvelis for treament of ADA-SCID, 2016 

Zalmoxis for treatment of high-risk haematological malignancies (adjunctive to HSCT) 
 

 2 ATMPs under evaluation, several new ones expected 2017 

MAAs / CAT  2009-2016 (September) 



IMargarida Menezes Ferreira  



Gene Editing – next big thing … ? 
Transposons …  

TALENS used in clinic … 
CRISPR/Cas very efficient editing … accurate?  

Zinc Finger Nucleases …   



Briefing Meetings 

CRISPR/Cas9 
2012 to now! 

 
 

Margarida Menezes Ferreira 

Economist.com APRIL 2015 – MAY 2015 



slide provided by Paula Salmikangas 



15.5.2017 
Paula Salmikangas 
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slide provided by Paula Salmikangas 



CAT work plan 2017 – new topics  

• Reflection paper on environmental assessment for gene therapy products / GMO 
containing ATMPs 

• ATMPs and Platform technologies 

─ E.g. Gene editing and Haplo cell-banks 

• Scientific guideline  

─ GL on genetically modified cells (revision); GL on Comparability of ATMPs (new) 

• Use of Real-world evidence for the authorisation of ATMPs  

• Reflections of benefit-risk assessment of ATMPs (= topic added from ATMP workshop 27/5) 

• Scientific workshop/training of academia/SME (= topic added from ATMP workshop 27/5) 

slide provided by Paula Salmikangas 11 



Special issues for ATMPs 
ATMPs are complex pharmaceuticals 

         - gene therapy: transgene, type of vector, genetically modified cells 

           - cell therapy: autologous, allogeneic, complex process, combination products 

           - development requires expertise from several areas e.g. cell and molecular 

             biology, biotechnology, surgery, risk management, medical devices, ethics… 

         
and on REGULATORY REQUIREMENTS 

ATMPs are in the frontline of fast evolving science  a product maybe already ”old”, 
when reaching the markets 

Manipulation of cells and use of recombinant nucleic acids may bear unknown risks, 
which may not be solvable through standardisation or quality control 

The product and its´ safety and efficacy profile need to be carefully prospectively 
planned and the key data should be based on findings that are robust and reliable 
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