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SPEAKER  Dr. Eduard J van Beers

• Co-Ordinator TFA Research and Trials Eurobloodnet
• Associated Professor Rare Anemia University Medical Center Utrecht, the 

Netherlands
• Chair Sickle Cell Research Consortium and Registry (SCORE), the Netherlands
• Chair HOVON benign hematology working group  

Disclosures:

Research funding: Vertex, Agios, Horizon Europe 
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RARE DISEASE High Burden, many diseases
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DRUG DEVELOPMENT  not the solution
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DRUG REPURPOSING one of the solutions

• Faster Approval and Market Entry  (Label extension is the best!)
• Lower Development Costs 
• Higher Success Rate
• Addresses Unmet Medical Needs Faster
• Lower Risk of Side Effects and Safer for Patients
• Environmental and Ethical Advantages

Classical: thalidomide, senicapoc
Alternative:  mitapivat, oncological product became benign hematology product  

ASK FOR HELP:
• Eurobloodnet    pierre.fenaux@aphp.fr     trial conduct /sponsorship
• Eurobloodnet e.j.vanbeers-3@umcutrecht.nl  general tips directions in trialing
• EATRIS/ REMEDI4ALL    https://remedi4all.org/   regulatory advice

mailto:pierre.fenaux@aphp.fr
mailto:e.j.vanbeers-3@umcutrecht.nl
mailto:e.j.vanbeers-3@umcutrecht.nl
mailto:e.j.vanbeers-3@umcutrecht.nl
https://remedi4all.org/
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SATISFY Study design

• NCT05935202Registration

• Investigator initiated, prospective, multicenter, single-arm phase 2 trial. Setup

• Denmark and The Netherlands
• Sibling study in Toronto, CanadaLocations

• Non-profit EuroBloodNet AssociationSponsor

• Agios PharmaceuticalsFunding
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SATISFY Eligibility
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SATISFY Intervention
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PATIENT REPORTED OUTCOMES The basics

• The FDA and the National Institutes of Health define a PRO as “any report of the status of 
a patient’s health condition that comes directly from the patient, without interpretation of 
the patient’s response by a clinician or anyone else”

• HRQL is a multidimensional concept that represents an individual's general perception 
of the physical, psychological, and social aspects of their life

• It is a subjective rating

• complements traditional measures of efficacy such as survival and frequency of 
hospitalization

• Farrell AT, et al. Blood Adv. 2019. Dec 10;3(23):3982-4001
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PATIENT REPORTED OUTCOMES QoL includes coping

Locked in syndrome- 
rated his life as ‘9’

• Coping
‘response shift’ -> changes results 
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PATIENT REPORTED OUTCOMES Choosing a PRO

1.   Relevance to Disease Burden and Symptoms:
 Select a PRO measure for clinically relevant symptoms and patient priorities (e.g., 

fatigue, pain, bleeding episodes, icterus (PKDIA!)).
2.  Regulatory and Scientific Validation
 Choose a PRO measure that is validated and accepted by regulatory agencies 

(EMA/FDA) for use in hematological conditions or general chronic diseases.
3. Feasibility and Patient Burden
 Ensure the measure is easy to complete and minimizes patient burden.
4. Sensitivity to Detect Treatment Effects
 Consider measures that have established minimal clinically important differences 

(MCID) for similar conditions.
5. Cross-Cultural Adaptability and Language Availability
 Rare hematological diseases often require multi-national recruitment

For Energize:  PKDIA and SF36
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PATIENT REPORTED OUTCOMES Choosing a PRO: review literature

• Farrell AT, et al. Blood Adv. 2019. Dec 10;3(23):3982-4001
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CONCLUSIONS

1. Investigator initiated trials are ideal for drug re-purposing/label extension in hematology
2. Eurobloodnet can help
3. Energize is an example of such a study
4. PRO’s are important to incorporate in trials, but choose wisely
5. Collaborate and ….

Q&A  e.j.vanbeers-3@umcutrecht.nl



Thank 
You!
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