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Approximately 1/10 of orphan designations 
reached the marketing approval.

CFTR-based designations increased over 
time, while those symptomatic-based 
decreased.

Determinants of successful drug 
development for designations targeting 
CFTR.

Positive outcomes from large enterprises 
with experience in orphan drugs
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L’accesso ai farmaci per malattie rare tra aspetti regolatori e priorità di salute pubblica

Costa E at al. Recenti Prog Med 2022; 113: 415-424



Centralised incentives  but  decentralised access
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Marketing authorization and the extension of indications of ivacaftor in the US and in the EU
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