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Report from EMA Orphan Drugs Workshop
            7 December 2015, EMA offices, Canary Wharf, London
	Name and position:
	Marc Dooms, Senior Orphan Drugs Pharmacist, UZ Leuven

	Name of the project/meeting:
	EMA Workshop on Orphan Drugs. More information here.

	Date and place of meeting:
	Monday 7th December 2015, EMA offices, Canary Wharf, London


	Purpose of the meeting:
	“To discuss the approach that should be followed by medicine developers to demonstrate the significant benefit of an orphan medicine over existing treatments.”

	Was it upon invitation, if so from whom:
	Openly advertised on EMA website

	Present at the meeting
	Pharmacists such as Bruno Sepodes (chair Committee Orphan Medicinal Products in EMA), Niklas Hedberg (chief pharmacist governmental authority TLV in Sweden), Philippe Motté (Head Western Europe Regulatory Affairs at AbbVie), Ana Palma (Global HTA and Patient Access Lead at Sobi) among 176 participants (academia, EMA, FDA, industry, patient representatives, payers) from all over the world

	Outcome of the meeting:
	Demonstrating significant benefit of orphan medicines: concepts, methodology and impact on access, methodological tools for indirect comparisons, significant benefit of oncology products, patient preferences and PROs in significant benefit. 

Significant benefit is a unique EMA-criterion that does not apply in other orphan drug legislations but 27 % of EMA orphan drug authorizations were given the orphan status without this proof at the time of market authorization. Patient preferences (enteral vs parenteral or quality of life vs survival) can also contribute to collect this information but how can we measure it and by whom (many patients are children or elderly patients)?
The sessions have been webcam recorded and will appear at the EMA-website soon 

	Impact for EAHP (if any):
	Hospital pharmacists can contribute to collect post marketing significant benefit (clinical superiority) data of orphan drugs during their clinical pharmacy interventions. However we will need standardized, validated and reproducible tests to measure disease activity and progression:
www.comet-initiative.org (core outcome measures in effectiveness trials)

www.mapigroup.com  

	Follow up needed?
	I will report on this subject during my workshop on orphan drugs at the EAHP 2016 meeting in Vienna 
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