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An Overview of what to expect in this talk: 
• Summary of GNE myopathy research field
• NDF-funded research projects



• Two main avenues of therapy: 
gene correction, enzyme 
supplementation

• Disease modeling: development of 
a GNE muscle-specific knock-out 
mouse model

• Importance of assays to measure 
function of GNE and other 
biomarkers
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