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(54) Title of the Invention: ABCA4 trans-splicing molecules

Abstract Title: ABCAA4 trans-splicing molecules

(57) Provided herein are nucleic acid trans-splicing molecules (e.g., pre-mRNA trans-splicing molecules (RTMs); RNA
exon editing molecules) capable of correcting mutations in the ABCA4 gene. Such molecules are useful in the
treatment of disorders such as ABCA4-associated retinal dystrophies (e.g., Stargardt Disease or cone-rod
dystrophy). Also described herein are methods of using the nucleic acid trans-splicing molecules described herein
to correct mutations in ABCA4, thereby treating disorders associated with mutations in ABCA4 and use of the
nucleic acid trans-splicing molecules described herein for treating disorders associated with mutations in ABCA4
and in the preparation of medicaments for the treatment of disorders associated with mutations in ABCA4.
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