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Input from patients through patient organisations is 

important

• Patients have experience with their disease and they have a holistic view
• Based upon input of member organisations and individual experience of patients
• Based upon our survey tool, ‘doneer je ervaring’ (cancer patients at large)

Input communicated to other stakeholders
• By NFK and member organisations advocates
• By individual patients of our organisations (guideline develoment, input in 

scientific research, audits in hospitals)
• Focus groups, surveys
• Direct interactions of patients with health care workers (Els Borst talks, visits to

hospitals)
• Publications (scientific and press), presentations on symposia
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ATMPs where do we stand? 
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ATMPS where do we stand?
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EMA registered
13 ATMPs authorised, 9 still on the market (3 Gene therapy, 5 Cell therapy, 4 Tissue)

Holoclar – Tissue, to treat (chemical) burns in the eye 2015
Imlygic – Gene therapy, melanoma 2015 
Strimvelis – Gene therapy, ADA-SCID 2016 
Zalmoxis – Cell therapy, as adjunct in Stem Cell Transplantation to prevent GvHD while maintaining 

graft vs leukemia effect 2016 
Chondrosphere – Tissue, to treat knee cartilage defects 2017 
Alofisel – Cell therapy, to treat fistula in Crohn’s disease 2018
Yescarta CART hematological malignancy 2018
Kymriah CART hematological malignancy 2018
Luxturna Gene therapy, inheritable eye disorder 2018

4 are withdrawn for commercial reasons(Chondrocelect (tissue, to treat knee cartilage defects), 
Glybera (Gene therapy for metabolic disease),  MACI (tissue to treat knee cartilage defects), 
Provenge (Cell therapy, prostate cancer) 
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Problems encountered
Presentations of today show lot of issues in development
- Sometimes science
- Sometimes technical (production issues, GMP)
- Sometimes clinical (get the product in the right target organ, side effects)
- Lack of knowledge of regulatory requirements

Availability after market authorisation?
- HTA REQUIREMENTS
- Pricing
- Additional technical licenses
- Practical implementation issues (logistics, identifying right patient group, 

product available, adverse event management)
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CAR T-cells Main clinical benefit – ALL

Kymriah
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CAR T-cells Main clinical benefit – DLBCL

Kymriah Yescarta
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Post marketing issues The Netherlands  -

Health technology assessment and price negotiations

- In general medicinal products in hospital are automatically reimbursed as of 
the moment of marketing authorisation

- Small number in the ‘sluis’ (lock) for price negotiations based on health 
technology assements through Zorginstituut Nederland

For CART cells
- Products are quite expensive –VWS decided to put them in de SLUIS (lock)
- ZINL is going to assess based on dossier supplied by industry. Criteria: 

therapeutic added value, cost effectiveness and budget impact. Timeframe 4 
months

- VWS will start price negotiations: anything between 3 and 10 months
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Risk minimisation plan and training in hospitals- Clinic

CAR Tcells have serious side effects
1. Cytokine release syndrome, >grade 3 in 13% of patients. To be treated with

tocilizumab
2. Neurological toxicities, >grade 3 in 31% of patients

• All hospitals and hospital personal needs to be trained and certified by the companies 
to fullfill special criteria as specified in the risk evaluation and managent plan. EU 
requirement. Training and certification through the manufacturing companies.

• Special educational material to be developped for patients regarding adverse events 
and safety: companies together with CBG (EU requirement)

• Patients need to stay in proximity of treating hospital for 4 weeks after infusion to be
able to react quickly in case of serious adverse events

16



Komt op voor mensen met en na kanker.

Additional Dutch licences, procedures can only start after

Marketing authorisation - ATMP related

GMP certificates through Inspection ‘Gezondheidszorg en Jeugd’
• Per hospital  but also for the Dutch affiliates of the manufacturing companies although cell 

samples will not be physically transported to their premises but shipped directly from hospitals to 
plants abroad

GMO license through Ministry of ‘Infrastructuur en Waterstaat’
• Per hospital  but also for the Dutch affiliates of the manufacturing companies although cell 

samples will not be physically transported to their premises but shipped directly from hospitals to 
plants abroad, https://loketgentherapie.nl/?? 

Acknowledgement of the facility to allow storage of tissues and organs, (WVKL erkenning, wet 
veiligheid en kwaliteit lichaamsmateriaal) to be obtained through an application at Farmatec. 
(https://www.farmatec.nl/vergunningen/erkenning-weefselinstelling---orgaanbank), procedure takes 
120 days  
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CONCLUSION

• Patients are hoping for new therapies

• Unrealistic hope sometimes comes from over-enthusiastic researchers and 
even more from the media 

• So, be realistic and careful with all communication in the press, to patients 
and to the general public

• When starting development, keep the end in mind, not the short term:          
be aware of all requirements pre- and post marketing (more suggestions to 
follow in next talk)
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WHEN LIFE OF PATIENTS IS AT STAKE 

PATIENTS DO HAVE NO TIME TO LOOSE

WE DO WANT TO HAVE QUICK ACCESS

BUT ONLY TO EFFECTIVE AND SAFE PRODUCTS


