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CAP-1002 (deramiocel) 7Y75F—b

July 11, 2025

‘E}Q&Zapri’cor

Capricor Therapeutics Provides
Regulatory Update on Deramiocel BLA for

Duchenne Muscular Dystrophy v AU J—)LitlE. CAP-10020DBLAMEREREE(CEIL
NI S THEFDA (RRERRRE) HSBETRSEH
* Capricor plans to resubmit its BLA to include dqla from the ongoong Phase 3 HOPE-3 (Compl ete ReS pOnse Lettel'z) ’&gﬁo

trial in Q3 Zgiz ’9 continue pursuing the for the

* FDA advised Capricor to request a meermg to determine next steps toward potential

spproval v SEICOVWTIE. BTV I—ILENFDAICType-A

* Conference call and webcast scheduled for today at 8:30 a.m. ET 0 ==
meeting3DREZERETR,
SAN DIEGO July 11, 2025 (GLOBE NEWSWIRE) ngw_ram(NASDAO

CAPR), a ping cell and
ics for rare di: today that it has received a Complete Response
Letter (CRL) from the U.S. Food and Drug A ion (FDA) its
License Application (BLA) for Deram»ocel (he Company s lead cell therapy candidate for the
of phy (DMD).

In the CRL, the FDA stated that it had completed its review of the application but is unable to
approve the BLA in its current form, specrﬁcalty cmng that the BLA does not meet the

Sk ey rocuiromon for and the need for additional 1. BLA (Biologics License Application) : A=W EHIFGEHRE
mucaf:::a e i c':)a's"l'e'g:gm ”“a'"'c’"‘f'a""""g s i "‘T‘S:z:";'y 2. Complete Response Letter (CRL) : FDAWFGRHFADELNT 1 UIESRAT, BIEOHE
e o e A CARERAH UV BIIRU B AL, L CRITIHBAIE

believes it has in prior to the FDA. However, these materials T AR (C o CAREEEIE T O AN B S R S0 S A

were not reviewed by the FDA due to the timing of the CRL issuance. The FDA confirmed 3. Type-A meeting : CRLE GRS (40 URGEHEA O UAN I RG] PSS )

that it will restart the review clock upon resubmission. In addition, the agency offered the FDALDRAEDIS.

company the opportunity to request a Type A meeting to discuss the path forward. Capricor

plans to engage further with the FDA to determine the appropriate next steps. A : 2025478118 NIV
Capricor Therapeutics Provides Regulatory bpﬂa e on Deramiocel BLA for Duchenne

Capricor's BLA for Deramiocel was granted Priority Review in March 2025 and was Muscular Dystrophy :: Capricor Therapeutics, Inc. (CAPR)

supported by data from the HOPE-2 trial, its open-label extension (OLE), and natural history
comparisons from FDA-funded datasets.

14

ZTAFLAR—VEIECEE,

£%(2 TCAP-1002] OBRIZO>WT, A 7Y I—ILHOBERARE TTICCHAIETCW-%%
_a—

AZVA—ILHD FDADLERT TEMZZHE L2 EICEY 8A 3L BICFEL TLWEER
TEEREPRELRY £ L1,

S, W7V 3—LHILFENEHRTH 2 HOPE-3 HBRT — 2 280 CHIRHT 2EB@A T,

HOPE-3EHERICOWTIZ I BKRETICE MY TS A VT —2HAEONBFETHY . Bté LTE
Bl &R EmEEDL TE WY £9,

SHBORT Y 12— EIZDONTIE, Type-A 2 —F 4 > 7 ThHT ) a—)Lit& FDA THES N
5FETT,

Bk, 2025 FEFE 1 MFHOER EMRAAXOEBRITICOVWTHAZ, BbhoETWZEE
ERS

10



BRICE

FHIIM] : Z2hcld, cn&YERICEZFRABLNZLET,

CEEOHZAHIE, BEPRTICHIFOOLDEDEFRZVEZBLTLIZEI W, T/, EFED
SDEFRINTWEESIIKNE 9Z B LTEFAL TWELEE, Z0%, SFHA4 X RUTREWLK
e 6L TIa—bEaBBHBRLTIIEZN,

mH. JERINIBRICIE, 2B BEFIERNoNcE, THRECLIVET LI BEVEL
FFES,

zhTld, ZTBEMZAY £9, tnTIE. 74 7—T5E, WOkEA LK BEVLW L X
ED

WA Ql: YA ESTITNET, HEICWCODBRAVIETWAELEET,

=Y. BEODEZAT, HICHRAAFXEETT N, FEGTELDEICEVWTE, fIFZ W5 & EF
HYETH, TNICLTHEDRYBAERA QL ETIHELRZAFIIINE, TNITAHIrEREHY
FLAEODHEATWEIZTET TLED D, HHIVIISEREOIHEXRFLEHLE LT, EBRDOEHICD
WCRHICOX Y FaEBBELLET,

B [A] - FFBIZIC DX LT, B 1 EBOEB XA FHSHEO 35% & WS 2 & T D LER
MNENTWEESICRIZNERBVETIFEL, e HEHBITHI. 17 +—2—KUE2 75
—R—DIFSICEEMEBOREEZRAATVDIE WS T TEVWE LT, HhEEE S Y ES
TENHREB->THY 9, FRTRENE, BUNOFELEBVEBT2RAATIIVET,

waQl: »UAESITITVET, HEEHI—D, EATTVDOT XY ADRKRICONWT, ERl%
CHRWEREZELAZINE, TORBIZOVWTH I b L2 & TRRWEEITET A, BICELF
BEDIT O DNEFTS, SlEbNTT i, BBOMNICEIEICR > TLWEAERIATTIINE, D
SELED T, ZORBEES AQADPABALEWVWIREIAHY £FIFE, ZNIZOVTITMRERL
=727 £ h

BE Al ELTTYVOREOFELDRTE VW) ZETTHR, RREDEEICHLAL LIFAER
IATTITED, RIFVFERAZHBL TEMD - T-BEBEIANEZTE/I-EWSZ2EHTEINE
LT, REBEEZEDEZATHLFHRZICHEAIL TR EWVWSIZEHETINET,

11



WELT, ZHOVLZEOEFIBETETTIVWIATTITEL, —ATHROEF TTHR. %
LODEBLEHTHYEFL T, EB Bl 74— K—TIV ) —SNEEIA, TV HY—
INTEBIATTIFEL, FEBREICIEIE>TLWAVWEBEIANERZIISWEL T, THHICEAL
Tl 7 BLUE, MR SBBRINEFEICR-THY 70T, BhSBRABEES Y EBTIH D
EEZTHBY FT,

i [Q] : %> DMD BEEH Y 5 ABADABRAE LS DIE, BFICHLWETIEAWLWE LS R
CTTh,

BE[Al: 25 TdMh, 2ZICBELTE U oBLETTWSEZAD LI

WA Q] : oW X L7z BEFAREDIEIHNLEFSHFELWVLOIDIE, BroEEREWVWATY
ITE, A 1AICHVWTT AR, BEEBLTFAERICEsTEVWIBFLH-T-AEBVWET TN
L ANEESTSWEIA, EALTTVICEBLTE D &,

BE Al : 5DELZAKRELEhoEWVWHEZAIFTIVERA,

WA Q] : LT3, oh Y E L1, &, deramiocel DAL ATTITNE, EETFEHLS

D, B EAMEREBLNALTHY £, IHNITFICREEICEHL UISHD, £ FER LV
IPBFELH T, —HWEALTLWIATTD, TNEDBELALTVWHATT MR, D
deramiocel DAL AICDOWTAHL—EHZ T,

B [A] : BRFEEMICEAL T, BICWSHMME->TVWBHDOATIWET, TNEBRWESHD
HGEFO—EE, TNHh o EHUBROEEER, 20 ENLTEY 9,

WA Q] : CORMDFTLEE NS DIFIGELTWDE WS ZETEALWTT AT,

BRE[Al: 25 TY, 3L, MIGLTHY £9, 7272, — Mz OMERARBEDOE Z A TETIE
BIIWE LD, TbobaEnTsY £9, 2THA CAP-1002 L LI DIFTIEFITIVWEE
Ao

A [M]: 9 EL7, HYUDLESTSTVES, UETT,

TFHNIM]: YA ESZTITNE L, ZNTIE. AT IFEES, BHPR, IALIBELWLE
ERD

He [Q] : AT IFFFOHFTYE, HULNESITIVET,

12



9. CAP-1002 79, HOPE-3:EEA O A RETICIEHTLK B EWVWH T DT, FNEE
BH L7, CFARIDICEREINDEIDEWVDI DD, Type-A T —T 4 I H b > THE W ETH
HASEAAES T EFEVDALDL LNEWNTT T E,

—I5A 7 A= VIIBEREFICEEN’BHL T, BMEDBLADPEIFINEEE > TWBATT IS
Eo ZIHDDELERALZAY IR E-STEVNWDIZEIIBEBREWVWHITETEZTCLALWTT
o BEBBRBFEWVWIETIZHAVWE VWD ZETLWVWATT D,

BIFF[A]l - 20 L5 I2FEZXTHY FT, KH, H7V AP ERERIANDI—T 4 V7 5FRAE
FLED, ZOB, CEONDZIWHIENHY E LTz, 7272, A7V a—EeELTEZEIWVWIA
7z Type-A I —T 4 VI TFDA ERFET D E. ZIVD LD BREBHEL T2 EBVWET DT,
ZZ oY I FDA £ D Type-A = —T 4 YT DRERRFEILE, ZOVDIDICEHLTVWET,

B [Q] : &+ & HOPE-2 B2, Lancet ICH - TWBZ & TTIFE, 84B%E=FEL TWIT
EL 200 TR TT7 2 —XMEBLRYBRIVEVWIZETFDALARLIZEWVWD KO 7
TENBVWTHSTZEBISATTITE, HIEHTYI—LEES ZEEFEZARLAD LNARVA
THIFE, METFHEBTE WS KV IE, T 200ILA BTz WD OHPREBEICKE>T-DTL

£ DD

BIFF[A]l : chb A7) a—Ldroohry7 7L vy ABOEETT &, Complete Response
Letter ICI3Z D HOPE-2 DT — X TRARTEHLVE WD LI BRBHEAAH -7 EWVWS T ETTD
T HFRETAB-L» 2L, BREMITEAHBDREY e, ZIWSHTZH LA EER
TWET,

TIDT, HOPE-3HBO T — 41 F LR HTEFTOT, FEHEDREY BWHZF I TH-> T,
BRETAZIETHBURAL7Oy 752D EDRE, ZOWVWIXNODBREZITType-AI—T 47
A7V a—LE L TR EEZTVWET,

B [Q] : oh W FE LT HUNPESTETWET, He, EATTVDEMT = —XINFHBRICOW
TlE, A B ofArZliEHh Y £9hH, ZORNIEEWVWEDLEA LIZITEXTERIOD D > Tz
BFEL--EBSATTITE,

BIFF [A] - z ik, 7o 77— hEIEVWERA, EHMICAVWEDERLTOWESA. £/ZFDA
DHDL Ry ZPRWNKRTT,

13



He [Q] : 3L, HEH I —27 1, NS-089 DZDEIOARREDE T (T HEINTWZEFES
ATTIFE, REAENTLD KD T Avidity IZIRANZ S ITR>TWB ERIATTITE,
S, ZHELIEAHNEBIIHY T H, IDITENDZ EIEHY FIh,

BIRF [A] - 5iEl. EARDOHTEH 2028 FE T, KEDIEFSE 2027 FEEL WS Z & T, ERDIES
H1EXSBELED, ZORIBEAICHEL TWETDOT, 50L ZAFRIBER LI-FTKHA%
BigL TaRBIMETR I EVWET,

A [Ql: &t 5 —2F 1, RR M V/NBREROBBIRIETT, TNIZOVWTIEH, £ WVWIK
EHNDHHLHRWTTIFE, HtE L TEEEBEA A - L TWBRERATL £ 9D

BIRF [A] : EAEMNAESEIRTEZ L TBY A, FTH-EENAEELY T4 b EBEIC, REST
FHRLTEY EFHA, BLRH Y A,

Hrp [Q i BRLTUWAWL, Dh Y ELE, TIWVWHIEBEIR, RI M ABBREWVND DIEP 57
ZEHDHIATTD, HDAFTVEWZZENLTWATTITE,

BIFF [A]l : RRRET A7 v AFMHEATHEPONTWT, 10 HIFEBEICEKRARIEEAZINT
WaEBELNTWLWET,

Hep [M]: ah W E Lz, HYUNESITTVET,
TIIMI: BYHES TENET, &£ LT AMEESS Bk, LALIBBVLLWAELET,
BOQ]:BOTd, HUNEITITVET, LALIBRELLELET,

EILT 7 OBMOREEICE T2 FDA & DREIEA TRWERICOWT, it LTldED L
JICHERI SN T, HAVWERBIREIN TS S L3200 SDEAX Y MWEEITNRIEERBWE
ERS

e ETOMINEZRBLAEKATIE, 60 HSHOWTLE2 =D b2 7EA5 WS LR T
EHEEODNTWENEBWET, ZNELESLKICBETWSICHIDDH LT, M5 DE@EHHEIT
BWEWLWSI DL, BEEODANZEDL->TLESTZABLRVELICAESTWATT &N, HDWIES
BLHOANFVTOARWNRRIZE D, HD WL FDA & L TERMICHIT 205 ESETWET
FTEN ZOBARICOVTEDELIIIBEZANEWVNI T L, TDFH, WOEHILEST-0EBLZ IR
DMNEVD BBLAL > TONIFHZ W ITNIFERVWET,

BIFF[Al : &b & 301 HBOT—%IE. BEE 10 BD Type-C I —FT 4 7 0&ERE LT, ko
SN-EBMOERE LTIREZTEEVWHITET, RIARE L TIE, BE Type-CI—FT 147D

14



ERtwigH Lo, FDAD 2 HA. 2HAFECHWTLEL—ZRKRAT, Z0H, T—T147IC
MHBENWSZETTDT, OB TREEDL >T. 28 3HARETEWIBFEALTWWEL
7

7ol ZDBREHZ L7ZRICLE2—DRAZHER L TOWETH, AELGL AR IANFoNLL
EWS T ET, BREAEBHIEIONONBIBEIILTEY FHA, 7272, 20, FDA ©_ LEZA
ZTho1-Y)TTeh, HECDERDIFSIBHBTHADOKRICT AL I X—DRRDBH-71-TT &h. %
SWISEETEHY EFTDT, HLHLO FDADHRT, Z50W) LEHOKICHE >TT 4>
AVAAFVITNHEOTWVDBEDN, ZHOWVIIXDIBRIELHDOND LNABVEREIFBULETA,

BHENICLELA—F—LDAVNR=DEbhH->TWETT EA, FHWLFIFTDHBCEE bbb
FREWTHY FHADT, bivbnE LTIZFFDA ICRWEDbEZ LAY, S —FT 470X A
SV HER-TEEELTWCE W) T EEFRITTULWELEWEBS>sTWET,

BOQ]: Ed2L. ZI5VDHEAHEZIAI VT EVNIDIFELEDEATL>TVERLN-TI E
T9 1

BIRF [A] : 13V, BESTHEITI->THEY £ A,

BAIQ]: Z5 LA-RRZBFEZA T, HRAORE[FEARDAT—ZREWVWSDIESHES R Z
2TL &P

BIRF [A] : BARICDOWTH, FDADEBRITT A, FDA L OWEDRITT A, IBHLT
WBEBR., ZH0IEAROYBELHEZ LGAS, JI2=2F5—arvaiEITT0WE, 2509
KRS WET,

BO]: HYAESITEVET, 72— RXNOEBEFALALABN TN ZLICABZEBS AT
TIFE. SHOMEERED FTIRNERICA DRIV AL STHY FTTL &S H,

BB [Al: 25 TTh, 7272, Y RELISHITHYIAATIEBY EFBADT, ZHEFZHL
Ofciic:tiﬁ%b\t‘i/%\h\i—g—o

BaM]:2hYELl UETY, HUNESITITVE LT,

FHIM] : YHESTSVWET, HirE £ LT UBSEESS, BEHEK. LA LIBEVWELLE
ERD

BHH[Ql : UBSDEHTY, TAEFHA. BUDERTT, CHNIFEOVLWWERL»HLAD L
NEWATTH, SE. ZOTFTHEEDS. b EEITIHYAATWL: CAP-1002 D35E 718

15



T3EAE -7 EBSATTITNE, SEO T0EALIETIFC, £IFEDBETIE, ZOMIERT
BHETETOEBELHS WD ZETYTA, 121 CAP-1002 DTFABERTLE WD T &,

HiIccnZRMEzE T2 & 0 EARMmABS SN TWEITA L, REEALIBE WD Z &I
BBHATL &I D, 5. ZORMEDEEN CAP-1002 MHTELLEZIED T EW
YEHFIEHDZONE SN, TNEBRLHBET L ETIHZORERMETHEATE IFIELLOA AR LR
ZATVWLDONEI D, ZOWUEERED THITLIEI W,

BE (Al EMRICO2FLCiE. A7) a— L0 YEEoR T, FFEICH LT 30%D 5
50%. A YT AHOHIEMEEVWSHRAEATY I—ILIZLTWENEBWE T,

S, T0RAICKH L TAEBAEVLS Z&TTIINED, TICDEFE L TIFEIHBMEICMR £ L
T, BFILFLEZY B, ZTNEFTOTAILR =2, ZNE, HEHE 8B 31 HIZK
BEINTZEZDOBEZHWITEFETHY FLIETANLR =2 TN ZARRISBRMENT 5F
ETHYVIAATEYELZOT, ZORbEENTEY £,

BHIQI: Z592&. LUFIE> Lo 2TV EIHERELENTHEWVWATT D, KIE30%< 5
WEWS ZETEEINIE., REXRTTA., LALWEWD Z ETITH 1,

BE [A] - ZW, 30%HD5 50%E WS T ELIWBBZIITERVWATTITE, ZOBEWS Z &IC
) Ed,

BHQl: HrWEL HUHMNESTITVET, TlEDH S5 —2. EILT TV D PAP, Patient
Assistance Program TL7=»lf. Y R— 7RI LELEIDDLNEVAITE, TN
7z —XIIA 301 TEH, BBROBERHAETH D, E5VS L3 LKA TSELINTLE DD,
WoTtAFTBIEBICHR 270D, TNE BRI EMEFM oA D TR I N TV DDA, BEKILIE
MLTWBREVWDILIRIEEZE L 7+ —Z—DERTEIMNTLELZITNED, ZOTEDT
BBORREHZ TWTEITHRWTL £ 5D,

BE Al 8EBYR— b —EROKRRICDELELTE, INETEBY ZZIZALZEH-T-E W
ST EIFTETNEVA, SETEBYBEOT YN — IR Y —E R, HR— MEEI AT Z T
ZH ) T A,

BEHIQl: BELRkTWB->TZETTR, £HF 5L,

BRE[Al: 25 Cdh, EB. LIFERLELTED, BFINTBYELT, BEEZEDEHET
TEH, REBEEREOFRTDYR—FTTEDL, IV YR—b, Z5W0WobIAHEDT
BYEd,

16



BHIQl:ohVELE, THAEFTA, HERRERIEITTTN, CORBOEEDOEENEL <
BRAHBEVWDIINIBRIEEZEZENINTVETITE, TNIFEERWICESI WS ZETTH, FAHHDIET
BEAVITVT—PEWVWID, ALYy PEBBILTWCEWSIZEEZES LY > TWDHATYT

Do

HE (Al L b CRBREBEZZIT TV BESAOFRIETTZILICE>T, LD LDE
B SANTUC LSBT —ZANTEVETOT, ZOFBICL > TR, ZORROERERIT
NIEWT—ZEVIDHHTETLWEIEVWS ZETIIVET,

EH Q] : ZNEBIICEB L ENIh T LB WTT L, TASLD A RN ->T, BEIF
FIROERIZE > T, BRFEELOAINTWCEWS ZEIEH-TEBSATTIINEL, ZOD
ZEEBSLe-oT, ZOTAERNEISICHFHLL D E, ZHOWSTEEZBESLY>2TWBAT
T %

BE Al 250 ETIEFANTVWCEBEIAP LSS LD END T ETT,

BHQ]: ZNE. XTATTOABAD, ATATAREZSILEBIATTIFE, SABAD
FHOEREWS LY E, L—ILOBERAERILEND E. 25V T ERATT R,

BE Al L= ILIZZ D> TWAEDITTIELGL T, ZOIL—LIZH EL EEBEEZITHROIEED
FREN D, EITT A LITL>TANTLTWBE, ZHWHKRRTT,

BH M) . ZNEBNCERRIEL L 2 WEBSATT T EL, £H, WWTT, EEoHNHLD LN
FHAITE, DY FELI, DY FLIZEWOID, TETT, HUIEHITITWET,

FHIM]: YA ESTTNET, tEE LT IPBEALAVIES. BRBKR. £AL BBV
LEXY,

EBQl:IPELAY, BERTY, LALKBEWLET,

— DB, BEEOHEMNZEIZOWLNTTY, CAP-1002, deramiocel ZBR\N7zZ & 12 & » THA=
NHELTRATWLWEEVWS Z LI, ZH X HIORMEOSVERBZIRWN-OTE WD Z & IED
NBHATTIINED, PRI OBEFBEOHEFENSGSCRASDT, £IZEZOMOENHEES
NicEB-oLe>TVWELZZDT, ZDILYAEEL TWE DA, ZDEEFTBEOHEFFRIZONT
XY PWETZEZWTY,

INZEEEE LTE, 77—A M7 4—Z—EFIIEDOORWERBIDTIA, 77—A M7 +—%
—DEBETIL68%TT L. BEFZOBEFBOEMNELNSZREZZDT, MAERIHNITHZ
TLIZE 0,

17



BEAl:BoLvdebY, ZOMOIERRBEDE ZATEHETOEEA D >/ & T, BRMED
HBBELIZLTHEY T,

FE Q] : bV KREAZERTIHAWVWTT D,
RE[A]l: #5CTdHh, ZZEZTTIEHRVLTT 1, IZIFCAP OEE(ICL DL DTY,

EBIQl:ohWFE L7, EMICCAPEALIZOTEWS ZETERLET, HYNLESITITW
¥4, ZDHMN. deramiocel ICBAET 2 & TTIINED, TDE[FIIAIEHmEMmITHEND 2
ETTDT, HOPE-3 EHBRD AN AIBEIEISFEBICE VW EHRABEINTVWE EBVWETOT, £
VERDBEREHA TV EWT L L,

RICZOHEBED S £ Whlih -7 ZTOEARRBVBRBICE 72 &, b LITAREER
DEFMNREIWZY & BNBEICANLOORESKRITINTLWENE I D, b LEKRFTEN
TWaHELIE, ZOARICOVWTHHA TWEITHE8ETHZ CW/LE/-LWTT, deramiocel
MERTV 777 72 BATHERL TV L TOFEBICEZR R IAN-ZEBVETOTH
ATLIEE N,

BURF [A] : £9°. HOPE-3 RERDMIMHERIZIEN S 5 LEHANEX TWEERATTA, L bl

HOPE-3 &B&|4 HOPE-2 BEDT — &% H LI, T DT — X OEFIEERETAE, 78 3L
St L CHBINABRTY, t2oaBRENHSE. TOREFKTERFTSNIZEABR T, T DES)
HTETLTWET,

TTDT, HOPE-2 ABOERNZ I TEBbALBERINDI THAH &, BWVERTHBIRINS T
HAHrHIEONHONELTIEFEZTWET,

BI[Ql: ZL T, #BFOEMIO>LTELNALTT

RE Al : 5DEZAIEHOPE-3 DT — 2% > THIERHET 2L WI 2 LIlh>THBY EFFITNE
b RICEBRFITDEVLTHETH, 1FRAFEILICHDLZEHEZONETIINE D, HED
& CAP-1002 o #5eld. FEtHEF L. 2026 FOFRFTZEEL THY IO T, BRBICITITIC
RALIBART D 2a—NIIHEDONHREEZTWET,

EFRIQl : oh W FE LT 5L F LD, HOPE-3ARBLAWRY X, Bichhvbhh s R
EZATRERTAAEVNIDIEGEWTEAS ERTHBIFIELALWTT 1,

BE [Al: 25T, FEHHTEIHELLHSDIFTEVE A,

EIM]:ohYELT, UETT, HUHNESITITVET,

18



THIM]: YR ESTEVET, e x LT, BILHY - RZ VL —3I%, MNEk, £ALLH
FELNWA- L E 9,

HMAIQl: HuUsre>T&8nxd, ELAY - RZ¥yL—, MEATY,

L e oA FLEETETLWAVWATIY, SEHTCEZDHOPE-3DZ &TT, LIFE
BRIWHEXRIEWEB > TWEEES Ly >TLEEIVWELEED, EDOT Y RKRA Y FTTETAEWL
JEETI A,

DMD LEfiERE HOPE-3 TH 7T L T, £ 271 ->1=0YHToHONDIZEVWIBEKRTE > TWLWBEDAH,
EENHERETI T A EHED HOPE 3OO Z a2 B> Lo > TWADH, 2D a2 H -
Le>TWBDOh Lo uimlT,

EHICEDI & INIEFHOPE-3 DFERAE D W n, EDBEILT, £O2WH D ICHEE B
F.BRE. 70y 7DEIVA, BAEN ISP OLVWARKEZREIINTLET[NTT D, £
DY HLEEBLTW LTS LMY FT,

BURF [A] : HOPE-3 E&lx. &b & T EHMBERIF LR EFEETERTAEINTWET, T
DT, FERBDKEHICY /> Tld, HOPE-2 B LR DT —&2 774 —Z Vv KR4 v bT
DIEFIELE WS DIFRREFSNTWET,

HOPE-2 BT A, R TD - TLE-7ZATYT A, ERMEELSIHRE, H 7Y a—IHHE
LCT\% DMD LEHE. LVEF DT —4h8% Y £ L T, ERHEEICIENT LVEF 0T —4 A & V) 7
BICESMEIRDOONTUWET,

TTDT, H&H&DHOPE-3 HABDEFKDLETE. EFEOT—4hbSnhT0wETHA, LV
BAfER T — XD P2 THELNTUWS DMD OBHEICT T 2R ICOWTIE. T DEFIE L V) BARE
ICEoNbEEZTWET,

LS. INbATV - LHDOA YT 7L ZAOA—ILTCEO A BENH Y £ L7A. HOPE-3 DE
BIHMAIEE &, BLEFES LS. LROESEETTN, tHh VXU -V FRAVbELT
BLWTLWALBHANDHRE, Cb0Z2 774U —ITY RRA Y MIZEBLT, ZBLEIC
HE7L—7 LTHREETE, A7UI—LIAEFZFS WHEEEFLINTVES,

IHIZDOWTH, FDA & D Type-A = —7 4 V7 THER%Z LT, FDAORE%F/-%&IC7O O
WEEBLT, ZDk, F—TL—0%2LTs, ZOVWITELEEZEZTLLLDL»BEVWIELD
VFE L7,

19



TIDT, SHFL TVWDERIEIEX DMD LERETY DT, HOPE-3 D T ZFHMIER % LVEF
ICEZ T, DT — 42T DMD GHEEDBERAEZ Y (L7 &, ATV I—LSAEFS. £501)
FHEEFI-NTLWS B E L TWLWET,

FEQ]: Husre>5&nxd, H#HrYE L7, £TIZHOPE-3 DHERD. OFELZSEICEWL
B LUBRBICAR LN ZETT LN, BAREPEZLOENWETIIHIATTADNMY £
L7,

ADOEMTY, RGX-121, 11 A9 H, PDUFAZZERBSATT D, THHIERTZ—H AAV 725
TLEBSATIN, CORDPALNSODRITDERICKEENIHTLYTHATL LI D,

BURF [A] : RGX-121 I AAV D 9 B AAVI 2R Z—L LTE->TWET, INHAHEEICE
ZBLTWEAEWS ZEIZOWTIE, 5. REGENXBIO #D(E5 TFDA & R YEY ZENTW3
HFT, 250V EENG AAV RN Z— TR 2R TRNEENH > TWD ED, £ WLWIEEIE
hivbnizBEWTEY £H8A,

HE[M]: 20 £ L7, THTY, UETT, HUNES TITVET,

TFINIM]: HUNESTIWE LT, HrdF LT, SMBC BEIEES, fIHE. AL CBRELL
f:[xi—g—o

FMA [Q] : SMBC HEliF%., MATYT, #H CAP-1002 DHBFET, ATV a2 —IILEFERIHETL
1122\ Td,

7x—XNDOBER, IBETOHHE. Z2FLLPD>TVWBATTIFE, Type-ADI—F 1>
TEWIDNEDRA I VI TRETEIHLEVNIDE, JFEFL—FBRL=XIZZNT, BEBHLR
BETCARIND LB -T2 HEDAGERFHRORITEVWSIDIFEDSHWIIR DD,

ICBHRBENUEICL STIHEIC. AR EDCHOVDFRICASZNEVD DEEBWLLE /W
ATTITE, LWADTL &£ D D%

BARF[A]l : 5DE A, A7Ya—IL A FDAIZ Type-A S —T 4 V7 H B LIAATZE W) FEIZE
WTHY £98. BEFRNGEENARE L EVSER. bhbnEEVWTWEYA, KIZERLE
IFr=&k 512, Type-A S =74 I THRIFERL EIF72L 5 A HOPE-3HBRO 70 FaLDEED
EHT, 5%, BADEDHEZ, A7) I— LA FDAICZDIETHERT b0 EBLET,

ZDI—TAVIDPboHWE, ZOBDEFRPIBRRTY 2 —ILE WS DR WA EER
TWEd,

20



MAQ]: 2hWELE 72—XINOREARKEHEWVWI DIEIENEELWEESDT, 9AFXT

HOPE-3 DfEREANHTET, ZTN%EH > T Type-A ICEREU N, ZDFFIT Type-A 2 BEIANE AT
HNIE, Type-A T7B FINEEL THOPE3RBRATRICAZNEVD, TN HLDEIZEY
HATS, 3HAUACOLLDEEL LTRTWCEZAL>TZETT L1,

BIFF [A] : 1V ZOEDICEZTULET,

MAQ]l: HUMNESTITVET, e, THAETA, 2RBIDET, ARMEREDL AT, 6
R—VBEDE A, BENBEDEZADEHBRRDOE AT, HHE LD, BRERRICHRIEMEE
ZEORDAT-WIRE ZATRHE WLV TWBHATTITE, BRESXIES, 15~16%TT Hia.
BHAETE IS L TIEWA T ITE, NI 2Q. 3Q TREET.LE T BRE, ABAREL LS DAAND
STEAHDHDT, TNTRELFELLEWHEBETI A, INTIELWLWTT D,

RE [A]l - BROREDXAIVT, be2ETIIEIHNHY ETDT, 25T,
MAM]:9hYELi, HUDPESTITVET, UETY,

FIIIM]: HUDEST80NET, 2 F LT Y7 U =X kAR, £ALCEBELL
7-LEd,

WARAR[Q] : Pz 7V —XFAFDOILARHTIIVWET, HUHNEITIVET, 2HBELLZE
ERS

F9. $HFEFHA. CAP-1002 I2D2VWTTT, N, T—RIE 7z —XIMTLWWLWT—XAHEEL
T, 0%, HFILAZRZELOE VR IZIEIMALH I EVIDEBRAWVLIZVWTT, FICEED L
ZAH, INEATY ISR EALIETE->TWHATTIINE S, CRLOFIZT T FRZ YV
TAVYITAT L, RBROFBIETT MR, 1D EREDNH > T

BFAEATYT L, Y T4 ITI3DEF5 OMBBORFMRICOWTIE, HOPE-3 THTE/T -4 %2R
T, AP YELREY YT ZTIOEEWICOVWT, FDALT A APy arTBILIIRDD
DREBIATTIINED, TTIFVRITELTERLANLVWTLELEID, HE, MITESED
DR EWS DI BNIETaA Y PWZIFEFITL £ 9D,

B IAl : A7V a— Lt hry 7 7Ly Z2a—LT, ZHHHTY - LA sENENTULE
L 7=h'. Complete Response Letter (CEWTH S CMC BEEDFIEIZC DWW TIE, Pre-license
inspection T H, WERANDERMNA-> T, LTI THEBIPIN/ZFEICOWT, EREBLET
A, ZITCHENLBREFICHLTHTY a—LErZDREZ % FDA ICEMLTWE LA E

21



o2, 20U =L ARV AT =2 PEHINTON, BIZZHLIZEZALHELT, B
TV a— LA RE LCLAR— A FDAPER TCELWRA I vy Tcary T U —bLRKRVR
A&, TITDT, D Complete Response Letter ICEWTH-7-FEH(Z., HoHhLHATY
O—ILHAMBEL TWT, ZNICH T SEZE, WHEREL TWebDTT &, £O WO RBALH
VE L7,

A7) aA—=tliE, Z5WVWSFEBEPH->T, CMC DA ¥ 2 —ICDOWTIFFICKEAMEE EE X
TWhWeE, ZHaXrbaLTEYELIZDOT, bhvbhe LTE, LY HOPE-3 &HEBRDO T
—XTeR, ZITEMELEZbAETREINNIE, FICARICAT TRETREFIZVIDEER
TWEd,

WARBIQl: oW FE L HDYUHINESTITWVWET, 2HETY, THAFHA, SOZHFEIAD
BRI EBSATTIINE DL, CAP-1002 @ E/fiA 1 EENT-E L THHEHIIZFEIZIZE A
ElhWhE WS BETL .

BHiicIib EAY DRE—RFARLTHNIE. 1 FE9ELbMEE. 1EENE-OENDERS A
TIH, ZNTHTE, BEFRE D ICTHFDPEHEMRAELESDEZIAEZTLLSLP D EW
SEBRETE->TWETTL &£,

BRE[A]l: 25 Tdh, bEbEHRERLTWTRLE MED, SEORREDEZICHIAILICAS
EBRALIENERIATTIE, ZNDTICRD EVWS LS BA X =IHh L EB->THEY T,

tARHE [M] : v Lz, HYUDEDTIVET, D oIFULETT,

FHIM]: YA ES TTNET, TNTIE. AT IFEEZR. HPER E2F0/Z0T0EIH, 2
EEDZEMENS ZETEALLSTL LD

Heh [Q] : #91F. AT TY, b5 1ELITHERETT, CAP-1002 D Type-A I —F 1 7 &S
DlE. 7 A. Complete Response Letter 6 5 -7- & TICEFZ L TWBHD T, TBEEANIE
Type-A TEA B 1 HBURICH>T. ZZTCHOPE3 DTS4 —T Y RRAV B EZTZ
LED, THoTDCMCOZEENBHERZLT, Z2hh o, ZDOHOPE-3DF—T L —7(27%%
EWVWD ZHINHTETLLATY &1,

BIRF [A] 1 12V, DUONOEBBEEFIADES L5 EBY T, Type-A T, HPAICEREA
INT, ZD#%, HOPE-3 DT — KRR E VI MNIZEbNbNBRBEL TWVWET,

A [Q]: 5 TF &ta, 55 Type-AD., T T<LKAMAIBICAZEVIDLITTIEAVTT X
1o

22



BIEF [A] : 13V, ZOWHHEEIIbbNEL LTHEY £9,

HP[Ql: 9r Y E LT HE, BBERDEZ AT, FEH. Avidity D¥AKREL LA 571 &
MLEY L TWBATTIFE, HIHOEBEERDE AN T IIEELTVWALIICRZBATY
ITE. AP EHOAMALTH-TETWVEIDOAEIAHKZTIEFLWVWATTITE,

FlzE, RA M NRRREEDIRIES . AEIRBEEEL PV LWL B> TW-ATT
M, ZTEHATLIZE W,

BIRT [A] - REEEROBREICOWT, bbhOF#HIEEh->THY £t A, AOCL044 A1 5
DLR—=FILDE SEDORICBLARBT A EVLHEIEEVTEY £9, Ho0EF IR 548
ErbNbNodDERTHHLLT, 5 BoPFERLTWAIERTIE, YA A7 4 v DEE
BEbELTTVELREHMT 2L )BT —2bHTETLETA,

FRL2MDITS TTR. ERARTHS. BEERTEEREASFLEICAZ VS IS aflbbhb
NIZHEZL TBYEITDOT, ZOEMELLREMDONT VR T, £LREFZbbhoT oy v X
YEVITENINLDOEREREFTEDLLEZTVWET, bitbNe LTH, &ITH < NS-089 @
FRZEE-VWEEITWET,

B [Q : oh VW FEL E5LTHDMDDEZAIFVWATTITE, £ o EBEESZ,
DEBEROFEM A WAARKRBICEBLL Y EB 2756, K7y T UNY = XF LMNKES
ERSTWBATTN, TV Y —LZ[ES D, ALFLLVAERIEL IZFXATVWAATLELD
Do HLOMKIFEL L A>TLWEDAHREBSIATTITE,

BIFF [A] - bhibhoiE5 6, BHEHZWEF -T2 A/ R=2 3205 T T, S ADE
RHERHT, PIEYKEEAEEDOL L DDS DRR, MRIFINETHEC->TETHBYET L. 5
BHEBEMEC>TVEET, ZOFITRF T IV Y —LEVHIEXYTAHEENTEVES, &
DY IFHFEL TR TWEET,

He [M]: 9oV ELT, HYDESITIT0E LT,

FTHNIM]: YN ESTENET, FILHY - AL —ifz%, FHEAK 2EEBEOZEBREWNS 2
ETEALD-7=TL &9 h%

HMEAIQ]: TA2FxEA, FETATDETNTVWEZATIA, EoM<HADTlIMEMIELETLE
=Ly

FIZEHNDOEBERITH T, FOMOTEDDFTLELD L TCIIEIAH>TATTLRDEFETT, =
NoTIAABLELWLWE L WEHWTWE, B ELT7YOFEEARERITOEEIADFT EOBUA

23



TolHmWTIRATTIINE, INA, ZD4-6 BHLFFIZIELI 72D T, TTHERMDIEL TS
AN TWETEVWSEBETEE > TULWAWLTL £ 5D

B (Al EEMICEDRE, FOBEBBEVWIDIFERL EIFONABELDT, Z5LWITEHEDT
BELE-EWSZ ETT,

MR [M]: ah ) E L, HUDPES ZTVET, UETY,

TFHNIM]I: YA ESTSVE L, CERAHZAH, BICLOSLeWVWETTLLID, ZNT
I P BAA VAR, BER. LA LIBBLWLLET,

EBQl: ELTAEEA, HERTT, i deramiocel. CAP-1002 (2T, HOPE-3 D kv
TI7AvT—R, =R 4 —2—ICHTLBEWVWSDE. SWAWAEENH -7 Type-A = —
TAYI % LT, TVRRAVIPEEINTZLETO Yy T7A VERNTIVICHTLCBEERT
WWA T DY,

BIFF[A] : 2LV, A7 I—LEADAY 77 LY RO—ILTOEEND, bvbh e LTIEZD

YBEZLTWET,

ER[Ql: BEFRTLa—LELTIEDRREA MIRZBATTIINE S, KEETHBEWVWS T
& T,

BIRF [A] : 75 Td 4, HOPE-3 REBOZEIFEEIZC6 BIC&bh>TWBEWS T ETTDT, T—
ADYY) —Z v TELTLTTWEL S, Type-A I —T 4 V7 OEBEINTWVWEEEZETD
T, T2, Type-A I —FT A4 VI HBOT—XEREWVWI DIFRETIFAR WA EEZTWET,

BQl:H&. ZOBERODINAELTUE, Type-AI—FT A4 VI OERELNY T IA T —4&
DT ONBATTD. b LAIET—ICHEBATT,

BIRE [A]l : 2Di8IF, bhvbhiELTHEY A, ZOBADERITbMbNLEFLEDE XA,
EIM]:ohYELT, HYUHNESTIVET, UETT,

FHIIM]: YA ESTENET, ZOMUAATL LI D, ZNTIE, TERINEVLES TTD
TERLELy Y a vy ERTW-LET,

ET, BARFEKASE. 2025 FEH 1 OHREGASER TS B TW/LEET, AEIE
TSIV E, BICHY NI TS 0E L, TN TIEEEILWZLET,

ﬁﬂ;:f
Rl [QNEE R, [AIEIZE. [M]ItFDEDS S TELWEEERT

24



