Interim Results From the First Clinical Gene Therapy Trial for CLN6 Batten Disease
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HM+L=Hamburg Motor and Language aggregate score.

CONCLUSIONS

* Atinterim data cutoff, duration since gene transfer ranged from 8 to 41 months Seven of 8 patients with 212 months efficacy data maintained the combined Hamburg score or had initial change (+1 to -1 points) followed by stabilization.
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e Safety data were analyzed for all 12 treated patients; efficacy results were presented for 8 patients, including all sibling pairs with 21 year of data and non- :'é
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HM+L=Hamburg Motor and Language Aggregate Score; NH=natural history; pt=patient.

e HMH+L scores of treated patients were compared with their untreated siblings, as well as natural history data derived from an ongoing, retrospective chart

°This patient currently has no age- and baseline HM+L score-matched patients in the natural history cohort.
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review study in CLN6 Batten disease (clinicaltrials.gov: NCT03285425) 0 1 24 26 48 60 5 2 o 108 120 132 To facilitate comparison of AAV9-CLN6-treated patients to natural history patients with respect to clinical course over time, HM+L results from the first 8 treated patients in this study were
e Interim data cutoff was July 31, 2019 Age (months) matched with HM+L results from 11 patients in a retrospective CLN6 natural history study (ClinicalTrials.gov Identifier: NCT03285425; PI: Emily de los Reyes, MD).

For each treated patient, all natural history patients who had the same baseline Hamburg M+L score at the same age at which treatment started were “matched.” The average Hamburg M+L
score for these matched patients was then calculated at the ages corresponding to last observation for each treated patient. Overall, these data indicate that the gene-therapy—treated patients
CLNG6 natural history shows a progressive decline of approximately one point per year in the Hamburg Motor and Language score from age two onwards with similar decline in motor and language. demonstrate stabilization in Hamburg M+L score compared to matched natural history patients.
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