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A nonsense mutation is a genetic mutation that converts a codon coding an
amino acid to the stop codon called premature termination codon (PTC). This mutation causes a
variety of diseases including Duchenne muscular dystrophy and cystic fibrosis. One of the potential
methods for treating such diseases is readthrough therapy that is accomplished by the incorporation
of an amino acid to PTC during translation and hence produces the full-length proteins. So far,
aminoglycosides and other synthetic compounds that reduce the translation fidelity have been
utilized to readthrough therapy. However, their toxicity due to the non-specific induction of
inaccurate translation hampered their clinical use. In this study, we have developed a novel
readthrough strategy that enables the target PTC-specific readthrough.
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