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EuroBloodNet sponsored clinical trials

• Academic trials differing from industry sponsored trials and large 
institution sponsored trials

• Often in a field not largely explored by pharma companies

• Close cooperation with a pharma company which provides
• The study drug

• research funding

• International (at least 2 EU countries)

• Centralized submission (CTIS)



EuroBloodNet sponsored clinical trials

• EuroBloodNet performs all  trial sponsor requirements
• Submission

• Drug shipping 

• Data monitoring

• Pharmacovigilance

• Publication…

• Currently 2 trials (both in inherited anemias)
• Satisfy (E Van Beers, A Glenthoj)

• Luspara (T Leblanc)



Luspara trial :Luspatercept in rare inherited anemias

• Congenital
• sideroblastic anemia

• Dyserythropoietic anemia

• Blackfan Diamond anemia (not transfusion dependent) 

• Luspatercept at increasing dose

• 3 countries: F, I,E



10th Translational Research Conference

Myelodysplastic Syndromes,
Overlap MDS/MPN Disorders and Clonal Hematopoiesis

Chairs: Pierre Fenaux, Katharina Götze, Mikkael Sekeres

MARK YOUR AGENDA

Malahide (Dublin), Ireland
October 16-18, 2026
#ESHMDS2026

To register and for further information: www.esh.org - info@esh.org

DEADLINE FOR ABSTRACTS: JULY 6th, 2026

http://www.esh.org/
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Patients for whom drugs need to be developed
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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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Status of re-imbursement of gene and cell 
therapy in Europe
(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. 



Gene en cell therapy pipeline
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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





Drug repurposing

Traditional pathway

Drug: withdrawn
in development
on market:

in patent
out of patent

Label extension  (non/-pharma driven)
stage of disease
similar disease
paediatric usage
different disease same mode of action
different disease different mode of action





Experience: Satisfy trial





Intervention



Experience

Eurobloodnet as sponsor:

Excellent solution to avoid institutional restrictions on non-
marketed drug research, data transfer, contracting etc

Excellent support CTIS submission and clinical trial oversight

Drug delivery operations and QC

Academic Pricing

You are in control!



Conclusions

1. Investigator initiated trials are ideal for drug re-
purposing/label extension in hematology

2. Eurobloodnet can help
3. Satisfy is an example of such a study
4. Collaborate and …. have fun!



THANK 

YOU!


