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Results

11/12 participants reported TEAEs (66 events in total; Table 3)
Most TEAEs were mild or moderate in severity
One severe TEAE was reported
There were no discontinuations or deaths in the study
There were no graft-induced dyskinesias seen in either cohort

Introduction

Current treatments for Parkinson’s disease (PD) do not address dopaminergic neuron loss, an underlying cause of disease. In addition, current treatments do not
impact disease progression and lose effectiveness over time."2

Bemdaneprocel (BRT-DAO1) is an investigational therapy comprised of dopaminergic neurons derived from pluripotent stem cells.? Studies in Parkinsonian mouse
models showed no significant safety findings in biodistribution, toxicology or tumorigenicity studies. Preclinical efficacy was demonstrated in rats.?

Clinical outcomes

An improvement in MDS-UPDRS Part Il OFF time and patient-reported ON and OFF time was
seen (Figure 4; Table 4)
Improvements in median clinical scores were greater in Cohort B compared with Cohort A

Figure 4. Change from baseline in Cohort A (Blue) and Cohort B (Teal) in A) MDS-UPDRS

Patient disposition

Patient baseline characteristics were comparable across both cohorts (Table 1)
All participants received their planned dosage
All participants (N=12) were included in the safety and evaluable populations

Table 1. Baseline characteristics.
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intracerebral hemorrhage that is deemed to be life-threatening; (d) experiencing 1 or zero deaths
In addition, the following secondary and exploratory endpoints were also assessed at Year 1
Changes from baseline in striatal fluorodopa ('8F-DOPA) uptake using positron emission tomography (PET)
Changes from baseline in the International Parkinson and Movement Disorder Society (MDS)-Unified Parkinson’s Disease Rating Scale (UPDRS)
motor sub-score in the OFF medication state
Changes from baseline in the number of hours in the ON state without troublesome dyskinesia, OFF state and ON state with troublesome
dyskinesia
Feasibility, as defined by intra-operative delivery of at least 50% of the intended number of deposits per brain in >50% of subjects
Incidence and type of adverse events (AES)

Conclusions

Analysis of clinical scores may suggest improvement in MDS-UPDRS Part lll (OFF state), a decrease in OFF time, and an increase in Good ON time
without troublesome dyskinesia
No graft-induced dyskinesias occurred through 1 year
Although efficacy trends were present across both cohorts, Cohort B showed a greater magnitude of changes. However, it is important to note that
these efficacy analyses are limited by the small sample size and the uncontrolled trial design, and interpretation must therefore be cautious

Bemdaneprocel was generally safe and well tolerated in these 12 participants at 1-year post-transplantation

The stereotactic surgical delivery and therapeutic regimen was feasible, with all participants receiving the planned dose of bemdaneprocel
and tolerating the 1-year immunosuppression regimen

Evidence of bemdaneprocel survival and engraftment was demonstrated in the posterior putamen by '8F-DOPA PET imaging
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