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Regulatory Update on Deramiocel BLA
Following FDA Review of HOPE-3 Topline
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HOPE-3 Pivotal Phase 3 Trial

Overview

1:1 (DERAMIOCEL TO PLACEBO)

Deramiocel
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L. Type-1emor controfed
1. GST (Global Statetical Test)
3. LGZ (late gadolnium-enhancement)

RTARLAR—VETELE,
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HOPE -3

DB CuracaL sl
Design & Endpoints

Phase 3. randomized (1:1), double-blind,
placebo-controlled study
N = 106 subjects randomized
Conducted in the United States at 20 chnical
sites
Primary efficacy endpoint’: UL v2 0
skefera) muscle assessment

Key secondary endpoint’. left ventricular
fraction [LVEF)
covdioc assessment

% Other secondary endpoints®: mid-level PUL

v.2.0, G5Tand LGE'

e s - 14
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ZholEABOTY A Td, HOPE-3

HRIIZ VA L_EGFR T 7 RIEEAER T, 12 AT
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CAP-1002 (deramiocel) HOPE-3 Topline Data : iR SmESHEIE

- 10 EOEENHEHANSH, RES, TS UAROMSICEVT, WB5% I FITFEES

« W75%0EEN LHEEEOTV

HOPE-3: Study Demographics

=

Basaline Demographics Ll l.-bo Dc'rrvr:»fhlccl Overall
=57 =54) (n=106)
Age (years)
N 52 54 106
Mean (SD) 14.6(2.95) 154(3.10) 15.0 (3.04)
Median 14 15 15
Min, Max 10, 22 10, 22 10, 22
PUL v2.0 entry item score
23 23 (a42) 25 (46.3) 43 (45.3)
456 29{55.8) 29 (53.7) 58 {54.7)
Diagnosed cardiomyopathy?
No 14 |26.9) 13(241) 27 {25.5)
Yes 38 (73.) 41(75.9) 79 {74.5) \om st seselted bt drcppd st
Baseline LVEF% oot 1 buvelne assessment [ne105)
n 46 45 a1 HUpdated as of Feb 2006, ssbgroup
Mean (50) 59.303 (6.108) 55.345 (7.743) 57.346 (7.206) 4 of 79 patients with certrally
Madian 59.309 55,892 57.532 i mebspe
Min, Max 47.395, 73.981 16,537, 71.112 36.537,73.981 months
Ambuletory status
Non-ambulatory 44 (84.6) 46 (85.2) 90 {84.9)
Ambulatory 8{15.%4) 8{148) 16 {151)

e -t 185
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CAP-1002 (deramiocel) HOPE-3 Topline Data : H%t%

« MIEEER (HOPE-3) CBVT. TEFHAABE TS5 LIS (PUL v2.0) SLUEERBIRFMER
BTH30MERER (EERLE | LVEF) THHENEBELNE (p=0.02984Up=0.041)

HOPE-3: Topline Efficacy Results

Primary Endpoint Met with Statistical Signdficance Achieved in All Type-1 Error Controfled Secondary Endpotnts

PUL 20 Total Scare - Month 12
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T . Trstwuet Dftwence | o v
PUL 10 Toesl Scare o
Piv oy bodmar ’ - “ " L u
Lot Merercabes Epperar Foutve — e » s [ETN)
Ly Vrwemy Padmee
PUL 10 M2-towel Lhm mnsiin [ PN Fe e 20
Verrwamy bodme
3
Tty Gobet Stetation Tt —— i 0 v LAy
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Loty Cutubon om Evurcyrer e — " Y y— T
\ Rt L Lo > - r
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..
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oo -l

Detline @

L5-Mesn Percers Crangs fram Rassbre (589

*15Mean diforerce « 455 percentage
posat [1.7 -paint diference on the PIA scale)
** Based on prespeciied reprated mediunes
model using percent change from baseline W T At 16
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HOPE-3: Topline Cardiac Efficacy Results
Left Ventricular Ejection Fraction

Left Vestrioular Ejection Frackon - Mosth 12
Ky Seconcary - ITT Pagulation

[+ ]

& £ 2 B s

L5-Maan Ranbed Ouwnge from Dassion (30)

3

* Le-mean déterence = 1165 ranks [2 4 pecentage point difterence in IVEF)

** Based on prespeciiied cank ANCOVA model

LVEF n reflects the namber of patents in the ITT pogalation wim centrally resiowed
and wealuahle cardiac V) LVEF amesmaents at hasefion and 12 sonths (m83}

a0 17
AT7AR1ITR=JHETELE N,
ZHEBIERABOEEZLRBRFMEER TH 2E5HEHL S 12 » AR TO0HE MRI TRIE L 72
LVEF O#ER T3, LVEF OR—=ZXZ A4 U H o DZENTIE T 7 2REE & BB L T deramiocel B0
HEBEDET DETA INBIFIIND T EAREINTHE Y, RTFHWICEEICETEESED &
WrEZR SN F LT,

CAP-1002 (deramiocel) HOPE-3 Topline Data : Z21%
. TNETOWKRBOBR:—HIIRFRESUS SUBENT 0T NEHE

HOPE-3: Safety Profile Results

Placebo Deramiocel Overall

Overview (n=52), n %) (me53), o (%) (n=105%), n %)
Any TEAEs 43(82.7) 50 (94.3) 93 (38.6)
TEAEs related to IP or administration procedure 19(36.5) 44(83.0) 63 (60.0)
TEAEs related 10 1P 16 (30.8) 44 (83.0) 601{57.1)
TEAESs related 1o administration procedure 9(17.3) 23{43.4) 32({30.:5)
TEAEs related to IP or administration procedure by maximum saverity

Mild (grade 1) 15(28.3) 19(35.3) 34(324)

Moderate [grade 2) 3(5.8) 25(47.2) 28(26.7)

Severe (grade 3) 0 0 0

Life-threatening (grade 4) 1{1.9) 0 1{1.0)

Fatal (grade 5) 0 0 0
TEAEs leading to death 0 0 0
Any serious TEAEs 5(9.6) 1({1.9) §{5.7)
Serious TEAEs related to IP or administration procedure 1(1.9) 1{1.9) 2{19)

1 Satery popelation (m104)
ek -t 18
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