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Overview

• Provide background for the 
therapies in the pipeline
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FSHD2
Failed de-repression
SMCHD1 mutation

Chromosome 4q35

FSHD1
Contraction of microsatellite region

DUX4 / PAS
D4Z4 microsatellite region

CpG islands
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Transcript reduction

• Antisense oligonucleotides

• RNA interference
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Transcript reduction

• Antisense oligonucleotides

• RNA interference
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DUX4 protein reduction

• Losmapimod: MAPK inhibitor found to reduce DUX4 in a large screen
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Thank you
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