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RiIboCAR-T cells are more potent than ConstCAR

Aptamer-modulated alternative splicing riboswitch Schematics of RiboCAR gene and its expression T cells in anti-cancer activity in vitro
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A. RiboCAR-T cells or ConstCAR-T cells were co-cultured with Raji-ffLuc cells at 2:1 E:T ratio in the
presence of various concentration of MXU-001 for 48 hours. Luciferase activity was measured for
as HDR donor vector., and the timeline of RiboCAR targeting to primary T cells. cytotoxicity assessment.
Supernatants were collected from the cytotoxicity assay in A for IL-2 cytokine ELISA.
. Supernatants were collected from the Cytotoxicity assay in A for IFNy cytokine ELISA.
. CAR-T cells were stimulated with MMC-treated Raji cells at 1:1 ratio with the presence of MXU-001.
The stimulation was repeated every 3 days later at the same condition.

A. Schematics of synthetic aptamer riboswitch A. Schematics of RiboCAR gene targeting to TRAC locus in primary T cells using CRISPR/cas9 and AAV6

Gene Regulation, MeiraGTx, New York
B. Schematics of the RiIboCAR gene: riboswitch cassette is inserted in the coding sequence of CAR gene.

. In the absence of the small molecule inducer, CAR is not expressed on cell surface. B. Engineered T cells were treated with riboswitch small molecule inducer 3 days post gene targeting to
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* Inthe presence of the small molecule inducer, CAR is expressed on the cell surface. Induce the expression of CAR in RIbOCAR-T cells.

ABST RACT C. RiboCAR-T cells were treated with MXU-001 at the indicated concentrations to induce CAR expression

Jurkat T cells with RiboCAR knocked into the TRAC locus express higher levels of CD69 in RiboCAR-T cells are less differentiated and

Chimeric antigen receptor (CAR)-T cell therapy is a promising
treatment for certain cancers. However, it is increasingly
evident that the level and timing of CAR molecule expression is
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