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Repurposing P-5-P: from case to svstem

To Amsterdam UMC m .
The medicinal product “Pyridoxal 5'-phosphate” is designated as an
Collabo- orphan medicinal product for the indication: Treatment of

ration with pyridoxamine 5'-phosphate oxidase deficiency. It shall be entered in the

commer- Community Register of Orphan Medicinal Products under number

cial EU/3/22/2574.
partner . roadmap for academia
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Repurposing mexiletine: from case to system

Cost-Based Price Calculation of Mexiletine for Nondystrophic Myotonia

Slbwrem van den Berg, M5c. Vincent van der Wel, MSc, Saco |. de Visser, PhD. Bas C. Stunnemberg. MDD, MSc,
magistral Lonneke Timmers. Pharmi, PR, Martiin H. van der Ree, MDD Fieter G. Postema, MO, P, Carda E.M. Hollak, MO Py

prff;ira i Beoordeling van de prijs van een geneesmiddel
Niet alleen op basis van de waarde voor de patiénten
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Continued misuse of orphan drug legislation:
a life-threatening risk for mexiletine

Pieter Postema Bart Jacobs , Siﬁen van den Berg, Vincer{p\van der Wel, Saco de Visser, Laura van Dussen, Lonneke Timmers



Pro-active role of academia: what is needed?

Incentivizing, funding, understanding

* Incentivizing:
* Academic appraisal of development beyond discovery
e Structure and funding

* Mutual understanding
* For academics: understanding the regulatory framework
* For regulators: understanding the developments in academia
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