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INTRODUCTION

= Expression of anti-sickling B-globin via gene transfer into hematopoietic stem

STUDY DISPOSITION
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RESULTS
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= An additional modification, collection of HSCs by plerixafor mobilization and
apheresis, was introduced in Group C

tCurrently active, not recruiting
$1 withdrew consent, 1 discontinued due to investigator discretion, 1 mobilization failure

PATIENT CHARACTERISTICS

Table 1. Patient Characteristics for ITT Population

*Hematologic AEs commonly observed post-transplantation have
been excluded
RCL, replication competent lentivirus

The reduction of annualized rate is 99% [95% confidence interval, 92.5 — 100%]

No ACS or serious VOCs occurred in any Group C patient post-LentiGlobin
treatment to date (between 1-21 months follow-up)

= Here we present longer follow-up data and data on additional patients in
Group C as of the 26 August 2019 data cut date

METHODS

Figure 1. HbA™2 and Total Hb Over Time As previously reported, 1 non-serious Grade 2 VOC was observed in 1 patient

~ 3.5 months post-LentiGlobin treatment
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RESULTS

Table 2. Treatment and Drug Product Characteristics

Target enroliment: 41 evaluable subjects *

Median (Q1, Q3) depicted; Dot-dash lines denote lower and upper limits of normal values
*Number of patients with data available

= Median total Hb at screening was 9.3 (6.8 —12.2) g/dL
(includes some patients on chronic transfusions)

= Median total Hb is maintained at 10 g/dL post-LentiGlobin treatment with
stable levels of HbAT8/Q

*Per inclusion criteria, severe VOEs include hospitalization or ER visit 224 hours or 22 visits to a day unit or ER over 72 hours,
both requiring IV treatment, for the following: acute episodes of pain, acute chest syndrome, hepatic sequestration, splenic
sequestration, or priapism (priapism episodes considered if medical facility visit was needed). * 6 patients may not meet the
severe VOE criteria but will be evaluated for globin response.

DP, drug product; Hb, hemoglobin; VOE, vaso-occlusive event

= Hemolysis markers decreased post-LentiGlobin treatment
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*17 patients infused
ANC, absolute neutrophil count; AUC, area under the curve

= Total Hb and HbA™’2 ranged from 9.3 — 15.2 g/dL and 2.7 — 9.0 g/dL,
respectively, at last visit in patients with > 6 months of follow-up
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