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Our RoleOur Role

Provide treatments for four 
ultra-rare disorders:

Gaucher disease
Fabry disease
MPS I
Pompe disease
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Our ResponsibilityOur Responsibility

Facilitate early diagnosis

Advance understanding of 
disease and product

Enable access to treatment

Advance the field
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Our ToolsOur Tools

Support medical education
Symposia
Grand rounds

Develop evidence-based 
disease management 

Guidelines
Registries
Publications

Generate press coverage
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ChallengesChallenges

Rare diseases are rarely 
covered:

Small patient populations
Unfamiliar subject
Complex medical story 
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OpportunitiesOpportunities

Focus on individual patient 
stories
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OpportunitiesOpportunities

Focus on Firsts
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OpportunitiesOpportunities

Make it local
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OpportunitiesOpportunities

Make it easier 
for journalists
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OpportunitiesOpportunities

Collaborate
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A realityA reality

Cost story 
supersedes 
clinical story
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Be transparentBe transparent
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Redefining Redefining ““mediamedia””
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