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Gentherapie benaderingen
• Mutatie compensatie:

– Monogenetische ziekten

• Cel als geneesmiddelfabriek:
– factor VIII, hemofilie

• Suicide gentherapie:
– kanker



Gentherapie

- Successen:      kanker, cardiovasculair, 
hemofilie, rheuma, immuundeficientie,           
vaccins

- Risico’s: dosering, mutaties, toxiciteit

- Ontwikkeling: selectiviteit, tijdsduur, regulatie
locaal versus systemisch















Gentherapie beleid overheid

• Gezondheidsraadadvies “Gentherapie” (1997) 

• TNO rapport “Haalbaarheid centrale faciliteit 

voor vectorproductie” (2000)

• ZonMw programma “Translationeel 

Gentherapeutisch Onderzoek” totaal budget: 

15.6 M€

• Leidraad voor de onderzoeker, april 2007

– Gezamenlijk loket voor gentherapie van CCMO, VWS 

en VROM



Gene Therapy Office and regulatory 
organisations involved in clinical gene 

therapy trials in The Netherlands.



Gene Therapy Office and regulatory 
organisations involved in clinical gene 

therapy trials in The Netherlands.

• The Gene Therapy Office 
– receive and forward the (combined) applications, changes, notifications and reports

• The Central Committee on Research Involving Human Subjects (CCMO) 
– Evaluates medical, ethical and scientific aspects of the application. This procedure 

takes around 90 days. 

• The Ministry of Health, Welfare and Sport (VWS) 
– approves application in the sense of declaration of no objection which takes 14 days. 

• The Ministry of Housing, Spatial Planning and the Environment (VROM)
– Directive 98/81/EC and 2001/18/EC for the environmental risk assessment. This permit 

is issued within 120 days. 

• The Advisory Committee on Genetic Modification (COGEM) 
– advises on the application. 

• The European Union (EU) Member States 
– are informed about the application via publication of the ‘summary notification 

information format’ (SNIF) form



KNELPUNTEN UITVOERING 

GENTHERAPIE

• Financiering

• Lange doorlooptijd aanvragen

• Internationalisering

• FDA




