


For most rare diseases, 
there is no science to 
translate into innovative 
products. 

At the current pace, it would 
take over 100 years to 
develop treatments for all 
rare conditions.

Why a Rare Disease Moonshot



Public-private partnerships could help pool resources to solve 
problems more quickly, reduce fragmentation and scale up 
existing initiatives to make a real difference for patients. 

Coalition of partners from translational research and 
development communities is joining forces to accelerate research 
into world’s rarest diseases.

Why a Rare Disease Moonshot



Our mission: Scaling up public-private 

partnerships to accelerate research

ENHANCE the translational 
research ecosystem

OPTIMISE clinical trials and 
regulatory pathways

DEVELOP infrastructure to 
accelerate the journey to 
diagnosis and treatment



Complementing and scaling up existing initiatives

Bespoke Gene 
Therapy 

Consortium 



Rare Disease Partnership
National and international 
charities and foundations




