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The evolving landscape of pre-approval access to orphan drugs 

This presentation will cover the evolution over the last 10 years of pre-approval access 
(expanded access/early access/compassionate use/named patient supply) to drugs, with an 
emphasis on orphan drugs and rare diseases.

• The presentation will include;
• How has the landscape changed over the last 10 years?
• What are the driving forces behind these changes?
• How have the regulations changed in recent years, and what has the impact been?
• What are the commercial opportunities provided by pre-approval access to orphan drugs?
• What do the next 5-10 years hold for pre-approval access to orphan drugs?
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