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The Orphanet “Orphan Drugs” database includes a list of all substances that have been 
granted an orphan designation for a disease(s) considered as rare in Europe, whether 
further developed to become drugs with marketing authorisation (MA) or not. The Orphanet 
database also includes drugs without an orphan designation as long as they have been 
granted a MA with a specific indication for a rare disease.
The Orphanet “Clinical trials” database includes on-going trials for rare diseases in European 
countries.

Key figures:
	 -	 883 ongoing clinical trials for 345 rare diseases
	 -	 994 orphan designations for 425 rare diseases
	 -	 303 rare diseases with at least one product on the market
	 -	 195 rare diseases with at least one orphan product on the market
	 -	 58 European orphan drugs for 90 rare diseases
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Petersen, Haris Kokotas, Zita Krumina, Rita Lugovska, Luca Lovrecic, Borut Peterlin, Elena Braha, Monica Panzariu, Cristina Gavrilovici, Cristina Rusu, Fatmahan Atalar, Ugur Özbek, Tufan Acuner, Lutfiye Mesci, Imane Cherkaoui-Jaouad, Abdelaziz Sefiani, Youcef Oukaci, Tamara F. Sarkisian, Ana Stavljenic-Rukavina, Stein Are Aksnes Gunnar Houge, André Mégarbane, Yolande Wagener, Alfred 
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Information on orphan products  
by substance or tradename

Information provided by Orphanet on orphan drugs and clinical trials

Freely available on www.orpha.net

The Orphan Drugs tab

4 new sub-tabs:
• List of orphan designations
• List of orphan drugs with marketing authorisation
• List of substances
• List of drugs
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Search by a wider range 
of criteria

The Clinical Trials tab
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A recalibrated search engine to render data more accessible
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