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Conclusie

Innovatieve therapie in kinderen:

• Unmet clinical need in kindergeneeskunde is enorm
• Activiteit op het gebied van innovatieve therapie is enorm en groeit 

vooral in China
• Bij elke ontwikkelings stap gaan er initiatieven verloren
• Slecht een handvol ATMPs goed gekeurd elk jaar
• Nog minder wordt vergoed 
• Lange doorlooptijden contracteren en regelgeving zijn een bottle-neck

voor klinische ontwikkeling in EU
• Maar de markt groeit en dat geeft kansen

2



1990

3



Advanced Therapy Medicinal Products (ATMPs)
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Pharmaceutics.2023 Oct 6;15(10):2431.

In the EU: Regulation 1394/2007 of 13.11.2007



Patiënten waarvoor ATMPs ontwikkeld worden
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From:  www.chisite.org/blog/equitable-access-to-rare-disease-therapies-workshop
Center for Healthcare innovation

http://www.chisite.org/blog/equitable-access-to-rare-disease-therapies-workshop
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Novel drugs approved by the EMA, the FDA, and the MHRA in 2023: A year in review
Br J Pharm. Volume181, Issue11 June 2024 P1553-1575   https://doi.org/10.1111/bph.16337
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Programma: the ATMP lifecycle
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Gen en celtherapie pipeline ontwikkeling
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Gene, Cell, + RNA Therapy Landscape Report, American Society of Gene & Cell Therapy and Citeline, 2024 Q3 
Original report source at https://asgct.org/publications/landscape-report



Cel en gen- therapie trials per regio
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Source: Citeline Trialtrove, Dec 2023; IQVIA Institute, Jan 2024.



EMA goed gekeurde ATMPs

11https://doi.org/10.1016/j.jval.2022.07.004

https://doi.org/10.1016/j.jval.2022.07.004


ATMPs: high financial and evidentiary uncertainty for 
regulators and payers

12https://doi.org/10.1016/j.jval.2022.07.004

https://doi.org/10.1016/j.jval.2022.07.004


Status van cel en gen- therapie vergoeding in Europa

(Apr 2023)
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Source: European Medicines Agency, IQVIA EFPIA Patients W.A.I.T. Indicator 2022 Survey, 
Apr 2023; International Monetary Fund, Oct 2023; IQVIA Institute, Jan 2024. 



Bureaucratie, veel regels lange doorloop tijden in EU
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What the EU is doing:
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Set up and support:

• the European Reference Networks (ERNs)
• IT platform for consultation  : the Clinical Patients Management System 2.0 

(CPMS 2.0)
• the European Platform on Rare Disease Registration (EU RD Platform)
• the definition, codification and inventory of rare diseases (Orphanet)
• support the designation and authorization of orphan medicinal products and 

PRIME programme
• enhance making rare diseases registries and data FAIR 
• International Rare Diseases Research Consortium (IRDiRC)
• empower patient organisations
• promote the development of national rare diseases plans and strategies
• ACT EU:  (U-TRAIL advisory role:  trial design, harmonization)
• R&D programme

https://health.ec.europa.eu/rare-diseases-and-european-reference-networks/rare-
diseases_en#:~:text=In%20the%20EU:%201%20between%2027%20and%2036,5%2070%%
20of%20rare%20diseases%20start%20in%20childhood



Research and development programme

• 2007 - 2020, >€3.2 billion:

•  the Seventh Framework Programme (FP7)
•  Horizon 2020 
•  Horizon Europe (2021-2027)

• public-private projects such as Conect4Children (Pedmed) or  
SCREEN4CARE, which are key to bring solutions for rare disease patients.

• Oct 2024: European Partnership on rare diseases (ERDERA): 
•   EUR 350 million for networking advocacy and grants in rare diseases

(= 0,028% of EU health expenditure/y: 1.221.000.000.000,00 euro)
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https://health.ec.europa.eu/rare-diseases-and-european-reference-networks/rare-
diseases_en#:~:text=In%20the%20EU:%201%20between%2027%20and%2036,5%2070%%
20of%20rare%20diseases%20start%20in%20childhood



Markt beweegt richting ATMPs

17https://www.linkedin.com/pulse/breakthrough-evolving-beyond-blockbuster-drugs-john-neal-
2jnqc/?trackingId=PpG2m63uRcSGKRRyh1YcBA%3D%3D



Amount of cell and gene therapy clinical trials grows
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Source: Citeline Trialtrove, Dec 2023; IQVIA Institute, Jan 2024.



Trials met cel- en gentherapie op basis van bedrijfsgrootte

19Source: Citeline Trialtrove, Dec 2023; IQVIA Institute, Jan 2024.
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Vooruitzicht ATMPs

Xie et al. Nat Rev Drug Dis sept 2023; vol 22:691-2



Conclusie

Innovatieve therapie in kinderen

• Unmet clinical need in kindergeneeskunde is enorm
• Activiteit op het gebied van innovatieve therapie is enorm en groeit 

vooral in China
• Bij elke ontwikkelings stap gaan er initiatieven verloren
• Slecht een handvol ATMPs goed gekeurd elk jaar
• Nog minder wordt vergoed 
• Lange doorlooptijden contracteren en regelgeving zijn een bottle-neck

voor klinische ontwikkeling in EU
• Maar de markt groeit en dat geeft kansen

• Pannel discussies: 
• verdieping uitdagingen en oplossingen: 

• wat kunnen wij doen?
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Programma: the ATMP lifecycle

22E. Olesti et al. / Cytotherapy 26 (2024) 221230

Ontwikkelen
Prime Editing –
Sabine Fuchs 

ICAT –
Trudy Straetemans

Benutten 
HSCT, CAR-T -
Caroline Lindemans 

Gentherapie SMA -
Ludo van der Pol 

Testen
Stamcelbehandeling -
Cara Nijboer 

030 – Lab -
Kors van der Ent en Sabine Michel



Panel discussies: oplossings richtingen

23Transpl Int, 14 October 2024 Volume 37 - 2024
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