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Abstract

For the most eukaryotic genes, the pre-mRNA transcribed from the genomic DNA must be processed
to be a mature mRNA, template for protein synthesis. One of the processes of RNA processing is called splic-
ing, remove the intron and connect the exon. Splicing is strictly performed by binding of spliceosome to con-
served sequences in introns as well as the binding of splicing factor to sequences of splicing
enhancer/silencer. Splicing modifiers, inhibit the binding of splicing factors to the splicing
enhancer/silencer, include the exon into mRNA or exclude exon with intron from pre-mRNA. Antisense
oligonucleotides or small molecule modifying the efficacy of splicing are used for treatment of Duchenne mus-
cular dystrophy (DMM) or spinal muscular atrophy (SMA) .
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