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Orphan medical devices regulations globally



Conundrum of Medical Device Regulation

Access to better, 
innovative devices

Ensure proper 
evaluation before 
clinical application





Rare diseases



Definitions

• Orphan medical devices
• Medical devices that benefit a relatively small group of patients in 

the treatment or diagnosis of a disease or condition
* Annex to the COMMISSION IMPLEMENTING DECISION 

on the financing of the Programme for the Union's action in the 
field of health ('EU4Health Programme') and the 

adoption of the work programme for 2023

• Lack alternatives

• Orphan disease
• Disease occurring in <1 in 2’000 people

EMA definition



Orphan medical devices

• Opportunity & resources cost to stakeholders
(small addressable market)

• Unfavorable development & investigation cost : ROI ratio

• No published definitions by EU Medical Devices 
Coordination Group (MDCG)!



Orphan medicine definition

• Treatment, prevention or diagnosis of a disease that is life-
threatening or chronically debilitating

• Prevalence in EU ≤5 in 10’000 or sufficient ROI unlikely

• No satisfactory method of diagnosis, prevention or 
treatment of the condition concerned can be authorized

• Or, if such a method exists, the medicine must be of 
significant benefit to those affected by the condition

Regulation (EC) 141/2000



Orphan medicine definition

• Benefits 
• Protocol assistance

• Market exclusivity once the medicine is on the market

• Fee reductions depending on the status of the sponsor and the type 
of service required

• Global partnerships

• US FDA

• Japanese Ministry of Health, Labour and Welfare

• 60% intended for pediatric use!
Regulation (EC) 141/2000



Path forward for Orphan medical devices

• Business models with incentives needed to bring these 
devices to the market
• Supportive frameworks

• Avoid withdrawal for financial reasons 

• Regulate off-label use

• Manage materiovigilance



Solutions



Solutions



Orphan medical devices regulations globally



Applications



Value of Orphan Device Definitions

• Prevalence vs. incidence

• Scientific basis for cut-offs?

• How to define an orphan disease?

• Pragmatic approach
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