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1. Asher D, et al. Clinical development on the frontier: gene therapy for duchenne muscular dystrophy. Expert Opinion on Biological Therapy. 2020; 20:263-274; 49
2. Salva MZ, et al. Design of Tissue-specific Regulatory Cassettes for High-level rAAV-mediated Expression in Skeletal and Cardiac Muscle. Mol Ther. 2007; 15:320-9;
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aHUS: atypical hemolytic uremic syndrome 50
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