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U7 snRNA TECHNOLOGY 



DOUBLE TARGET U7OPT snRNP 



 AAV[U7OPT] ESSENTIALS 

26 nm 

maximum 
4,500 nucleotides 
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    SYSTEMIC DELIVERY  



 LIMITS OF EXON SKIPPING 



MUTATIONS AFFECTING NON-DISPENSABLE  
DOMAINS OF THE DYSTROPHIN 



TRANS-SPLICING 
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