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What are we trying to achieve with basic research?



The road from bench to bedside



Biological systems (specifically the nervous system) are 
highly complex and nonlinear

A B C D How we would like life to be 

A D

How life really is 



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
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