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board member of the N-of-1 collaborative (N1C), a global umbrella organization aiming to facilitate 
development of antisense oligonucleotide therapies for patients with very rare, eligible mutations. 
 
Her work currently focuses on developing antisense-mediated exon skipping as a therapy for Duchenne 
muscular dystrophy and rare brain diseases. This involves work in cell and animal models to improve 
efficiency of exon skipping, studies in muscle pathology, studying the basics of pre-mRNA splicing and 
transcript processing and the generation and detailed analysis of mouse models. Finally, she aims to bridge 
the gap between stakeholders (patients, academics, regulators and industry) involved in drug development 
for rare diseases and to develop exon skipping therapies for patients with unique mutations.  
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She is chair of the TREAT-NMD Advisory Committee for Therapeutics (TACT), Chair of the International Rare 
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