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CEP290-Related Retinal Degeneration, EDIT-101, and Gene Editing Therapeutic Concept overview. A. The most common CEP290 mutation is ] Freeze/thaw Time  Sample not collected
c.2991+1655A>G within intron 26 (CEP290-1VS26), which generates a non-functional CEP290 and progressive retinal degeneration that results in LCA10"2, Storage time 4 hrs 24 hrs 1m (n=3) 1m 6m =D = Low Dose Patient; MD = Mid Bose Patient; HD = High Dose Patient.
B. EDIT-101 utilizes the photoreceptor-tropic adeno-associated virus type 5 (AAVS) to deliver DNA encoding Staphylococcus aureus Cas9 (SaCas9)
expressed under the photoreceptor-specific GRK1 promoter and two gRNAs under U6 promoters. Both gRNAs are highly specific to the CEP290 locus, with : : : : : : : : i - i i
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Stability of EDIT-101 viral vector in matrices mimicking anticipated clinical sample storage conditions: Stability was determined = Compared to the administered dose of 9.15e'" EDIT-
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dult mid dose (1.1 x 10" vg/mL ) value. Values at T = 0 were determined by spiking EDIT-101 into blood, tears, or nasal mucosa samples and immediately processing 10°= NN N NN and viral shedding was observed.
them for DNA extraction and gPCR analysis. High spike of EDIT-101 at T = 0 were 1.0e5, 1.0e%, and 5.0e5 for blood, tears, and nasal & LSS I LA o
mucosa, respectively. Low spike of EDIT-101 at T = 0 were 1.0e4, 1.0e3, and 5.0e* for blood, tears, and nasal mucosa, respectively. * Sample not collected
Matrix LD = Low Dose Patient; MD = Mid Dose Patient; HD = High Dose Patient.
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