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(54) Title: REGULATION OF GENE EXPRESSION BY APTAMER-MEDIATED MODULATION OF ALTERNATIVE SPLI-
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(57) Abstract: The invention provides a platform and methods of using the platform for the regulation of the expression of a target
gene using exposure to an aptamer ligand (for example, a small molecule). The platform features a polynucleotide gene regulation
cassette that is placed in the target gene and includes a synthetic riboswitch positioned in the context of a 5' intron-alternative exon-
3" intron. The riboswitch comprises an effector region and a sensor region (e.g., an aptamer that binds a small molecule ligand) such
that the alternative exon is spliced into the target gene mRNA when the ligand is not present thereby preventing expression of the
target gene. When the ligand is present, the alternative exon is not spliced into the target gene mRNA thereby providing expression
of the target gene.



