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Inherited muscular disorders encompass many 
different conditions and affect hundreds of 
thousands of patients worldwide

First generation gene therapy has shown promises 
in recent clinical trials

Remaining issues:
     Overestimated efficacy / unanticipated toxicity
     Complex pathophysiology
     Lack of reliable biomarkers / alternative targets
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Remaining issues:
     Expansive technology and complex data
     Analysis pipelines not standardized

Basic transcriptome analysis
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Gene Ontology / Pathway Analysis

Transcriptome remodeling
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Venn diagram - diffrentially expressed genes overlap
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Perspectives

Extension of single-cell / 
single-nucleus RNA-Seq 

to in vivo studies

Multi-omic analyses

Algorithms for biomarker 
discovery

Transcriptome analysis in stem cells
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Differentiation of induced pluripotent stem cells (iPSCs) 
into the myogenic lineage
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Single-cell RNA-Seq:
clustering / developmental trajectory
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