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Roadmap in LBSL – an ultra-rare disorder 
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9/2014 First meeting 
with McGinn Family 

Establish model 
systems in the lab

Testing Therapeutics in model systems 
(anti-oxidants, small molecules, ASO, gene therapy)

Project 
Planning

Natural History Study in USA
Outcome Measure Studies in USA, Netherlands, Finland

FDA

First In Human TrialsTox
studies FDA



WHY OBJECTIVITY MATTERS



What is a clinical trial? 
• Clinical studies are 

studies that involves 
research using human 
volunteers to add to 
medical knowledge

• Two kinds of clinical 
studies: 

• Observational 
study

• Clinical Trial –
assess the effect of 
an intervention 
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