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Why is compassionate 
use important?
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▪ Patients are 
waiting

▪ The Dutch 
healthcare system 
fortunately offers 
several options



Which early access pathways do we have in NL?
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https://www.hollandbio.nl/nieuws/early -access -lets -go-dutch -2/

Access Pathway
Registered for 
this indication?

State of Science 
and Practice?

Registered for 
other indication?

Treatment covered by 
reimbursement?

Regular reimbursed treatment ✓ ✓ Insurance company

Free of charge during lock ✓ Uncertain Pharma company

Conditional approval (orphans, 
conditionals)

✓ Uncertain Insurance company

Orphan Drug Access Protocol ✓ Uncertain Insurance company

Drug Access Protocol ✓ Uncertain Pharma + Insurance company

Off-label indication X ✓ ✓ Insurance company

Off-label indication 
(compassionate use)

X X ✓ Pharma company

Compassionate Use (MEB) X X X Pharma company

Doctor’s Declaration (IGJ) X X X Pharma company

Participation in clinical study X X X Pharma company
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How is J&J managing early 
access on a global level?
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When is J&J allowing early access?
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1. The patient must have a serious or life -threatening  
disease or condition

2. There must be an unmet medical need , alternative 
therapies are not available , or the patient must have 
exhausted all such alternative therapies .

3. The patient is not eligible or cannot participate in a 
clinical trial . In assessing the eligibility of a patient for potential PAA, preference will be given 
to clinical trials, then pre -approval access programs, and then single patient access .

4. Sufficient scientific evidence to demonstrate that the benefits of the investigational 
medicine outweigh the risks.

5. Providing PAA will not jeopardize the initiation, conduct, or completion of clinical 
investigations and the overall development program to support registration of the product.

6. PAA must be permitted by, and run in accordance with, applicable laws .
7. The treating physician making the request is licensed and qualified to administer the 

investigational medicine and agrees to comply with Janssen requirements and local regulations 
governing PAA and adhere to applicable laws and regulations.



How do we as J&J NL 
start early access?
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Some challenges
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EMA 
Submission

EMA 
Approval

Launch other 
EU country

Launch 
NL

CUP (MEB)

Free of charge during lock?

TAV (IGJ)

Docter’s Declaration (IGJ) 

• For specific conditions
• Submit PSUR after 1 year
• Data collection allowed
• Ends at EMA approval
• Approval within 6 -8 wks

• For more broad conditions
• No need to intent to submit a MAA
• Single patients or cohorts
• 1 year; extension possible
• Approval within 1 -3 days

• No data collection

Deliver pack from 
other EU country 
e.g. Germany

IMP (IGJ)
Deliver IMP until 
commercial pack 
is available 

Additional risk minimization materials (MEB)

Continuation of CUP?
• For former CUP patients as they must be treated until launch? 
• For new patients too?
• Advantage: 1) less discussions with company HQs and 2) data collection can continue



Some other challenges
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• Heterogenicity Europe
o pathways vary between countries –> no 

equal access 
o complex for company headquarters 

• Data collection -> CUP/DD run in parallel with 
clinical trials -> wish to pool RWD

• Publicly funded early access (a.o. FR, IT, BE)



Conclusion
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• Several pathways for compassionate use 
available in NL -> flexibility 

• Extension of CUP until reimbursement/launch
• get approval from company HQs
• data collection
• support HTA & pricing decisions 

Collaboration  between healthcare providers, regulators, 
patient representatives and pharmaceutical companies is 
essential  to ensure timely access to promising therapies 
while maintaining patient safety and regulatory compliance.



More info
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• https://english.cbg -meb.nl/topics/mah -compassionate -use-programme

• https://www.igj.nl/zorgsectoren/geneesmiddelen/beschikbaarheid -van-
geneesmiddelen/leveren -op-artsenverklaring

• https://www.jnj.com/innovativemedicine/pre -approval -access

• https://www.hollandbio.nl/nieuws/early -access -lets -go -dutch/
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