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AR *21st Century Cure Act, #NIH GARD finnovation.org 1GlobalGenes.org
8Active therapeutics of 491 NME, 106 BLA, 17 cellular and gene therapy products @FDA as of 2019.7.22 Source from KEGG
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*2: CMD1A = R MOT 1 —1AEL
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*4: DCM = Dilated Cardiomyopathy H15REL EHAE
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INTERACT : INitial Targeted Engagement for Regulatory Advice on CBER Products
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To be announced
*PESNBDNYAILA =AY MIFERBEHRTH D, KRISIEU TEEEINBAEEENSDDET,
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HRNHDIMNESTIMN,. —AT. TEHDERLUEUT, mESNHREDIINT D 1)L
AMBIEUIRWK D (CIRD TWVBDT., MM DHITIEICHRTBERIT D EICIRD
F9., /&> T, BIEOEFRLHBICEVWTIIIRMNMEFGFLIRWC E(CRDET,
CDIzH(C. BmCBEN 59, AAV ZHVWCELGTFABEDY—Tv hERDEFSD
EE(L, EERVHIRIEIENYVEFE T (/AW IEZs iR (CIRESND Z & (CIRD.. ZDHE
R. BHATHDEN. TR E WD RN Y =5y MMIIRDZENMNES L, HE(CIR
RS AHRED K DIREDIEEEETND C ECIRDFET,

E/z. BARRRDIZE(C(E100% (VB (ICARDT S —hNKZE ST NIE. FRESESN
IR T AN SBWMEBIENMEC D EICRDEIDT, ENA—EBFHNICR>TUL
FUL\EXT,
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G ZEDHDLDBMRZIRD TLET,
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A) XKEEFIOLR :
L FBAR SRV EHEFZIANWEDOEENREEIZITTEDEE A,

AEOHZER :

Lt (ERKENYTF 1Y YMNICSRZBR THERFEZITIA D TLDTEH. KRIL
NR—AXATDOZINWNWZ WD, HEZICIDBARAR—ATORX MEDEFEZZ(TDZ &
([CIRDFEITH, FERNIBAEREFZ RINR—XATRITERBD C EICKD> THRIFEREND
EEZEZXTVET,
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A) (FU\ 20226 10H (CHEEFMFEXN SN TVE T,

FFRFEEORANE LEX LU TR, — B CHFFREEMTONNL, EFRaiftTd s
THEFERIITONE T . TDIZH. FFEED R ENHNE. KEORE CTHRETE
FRNSND LT COEEITNEEBRNWET,
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Q4 [EFLOFERIRFTEIHR (KAM) 1 DiERFIRATID ?

A) [EEB FOFELMERSTEIE (KAM) 1 &3 Key Audit Matters DBE T, EZ& AN BEEE
MEMARE U THFIICEE THD EHIMURERBRODCET., BEBANETREEANT
EEHITDEDDZETT,

SHAIDOAFZ. FERICEBANERNCHMI S L(CRADERIDOT, SHEMNSEIE
ZIDCLITEFIRAN, MEEORE(L. [EFoEERESECHSITIBEEE
EEDIRIEIERDBHMDES (CE T DHIMrDZI1E] L8> THD., sHllld Taezeik<
Eéb\o

202238298 [HEREGIATEER(ICH I REEBRIRES ] (bitly/edinetE35518)

—fgim & U CEEEE(CDWCIE. SEtRE LO—FEDIL—ILICHED TEEST LM
SNV EHIENITIHE (L. BEEEOERENROEDH (CRIEAIE Y D o]EEE (ddHD
NFT (2022F3QKF=C. BEE&EE3I49BHH. BREEE&EES7EHM. EBEE
EEE(CHIGT DEEA2928HMET L) - et LDmROiSH. RER(CFrvS1 -
70 NI BELOMEVREEEEZDEDMNELIRDERTIFDDEE A
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Q1 AAV &, EDKIREDTI M ?FXJ/Z. AAV & CRISPR-GNDM® ¥
ERBREDKSBREFRTID?

A) HHOEBEEDRS A, HHHED CRISPR-GNDMe 3% % 775 J WD« )LA
(AAV) KOG —(CHEEH LU THRROBROMRISEDIAD S EEBELTUVET ,
DED. AAV &(d CRISPR-GNDM® B FZ e (C/ElT DiXEY — LD ETY,
EHRICDVWTIE, ROR—7ZSBIEE0N,
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CD AAV ZERHWZHIRADEG FAEL. BRREES EBSS TREZIT D EDZ F(CRHRFEN R
SNTEEURH. ZTOKREREUNDEIESHIC. £BIREZNE & T IHRERRENETDR
KON >TEFE U, B/E. 71312 XBFHFZA MOT 1 — (DMD) BEEOEZL/I\A1TSA
SRR ERERBR DN S AGRRAB (CEDERE(CH D FEF TN, BRRAROERXENSKEDEEIRES
(CHESBRIEORBENZRAB SN TVET, CNSOMREZELIE T D/2H(CI7HT I 7 0EEER(CH
WTE. BRI EDISREBIADIEEIMEZ ESHTEWERD AAVRTS—HEFESNTESELEN,
ITERFEESNIEOVS DD DHRERNRT S — (L, BRI EDEFFENERE (CHEARTIUEBZB X T
ESNLEEOMEREINDIRIDICIR>TEELE. NS, FBREDA TSI -5 Mizs(cd
(FTREEDIRRBPONEBRSEDET (TS RLYE X MOIERIR E (CHWTHIEN R > )\ M
BDEEZIBSNFET,

CDEISMRR T TR, RITORMITHEZMRGE I D EDERENAST KON, LDEZLMDE
W S DU L. S5 B I 3IEMIICED < HRmMEEEFRNIES T B OGN /LRERE
MEUDEHEH(IEEZRBICLNEDFEUE
FEMCEDHFEMODAN. E, 22t BEIRA M TUTHIERREDOH(ICBNTKD
BNTWBEEXTHD., EHN(CIIRAFEO—ENRERZ#WETH,. BREINC(EZT OS5 b2
PEMEDILKICID TS ROFERH XD EHTFHUTHEDET,
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Q3 MDL-101D AAV ZEIET B EICKD. SETOMRAFIIEEKICIRD
FIh~

A) AAV [CHEET D CRISPR-GNDM® FBER(C(IRIEIIRS . INKTEERN(CAU
DFICIRDFERIDT., CNFETEHERUEEOCZEMDT —FRREIIMNEEZE T
ECIRDFET,

E(CDULTIE. F£Z2 GMP (Good Manufacturing Practice) &i&ZRia L TLVR

WERBE(CIRDFE I DT, —EOTOCRHEGIFHFEDFICEDETPODELZTD L
(CRADFITH. RIROBED TROEEXTHEDET,
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Q4 MDL-101 DAL A7 MMCREE>ISHDTITH 2

A) J\—bFUITDRETZ 1 —)UICEHERS X DuEE I LNEETAN. —AT
EE MDL-101 OB DA/ \— hF—([CKDBLZIFEB/SNDIEEXFI DT,
HERNCEIRST o T EEXTULETD,

BAETILUNATSA>
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RS
| ]
MDL-101 o () ()
L
CMDI1A INTERACT Pre-IND IND
= filing filing
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||
CNS .
| ]
[ ]
MDL-104 () ®
BOA)F— . Pre-IND IND
. filing filing
MDL-105 ) _ ()
. 4
DCM = Pre-IND
[ ] .
- filing
MDL-206 )
I>SI)LR> .
SiE(REE n
[ ]
MDL-XXX -
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“BESNB VAR =R NHFRIBHTH D, WRICEL TEBSNZTRUN B DET.
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A) MDL-101 IREEBIREGZE LTI\ ATSA &, QIICEUEEAICKDREE
AAV BAITADFEZ D |TDZ E(CIRDET M. MDL-104 12 MDL-205. MDL-206 72 &
CNS (HR#HE) NDBARGZEE L TV FICDWTIEFRUUROZBLTED
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MDL-104 DFIR(C(E. 1) BIESCLDEBEOEEZEE TSR, 2) RAULE
%S (C K DERR THEIREDELEN AR (CARV\ER. 3) B ME Tau YO XNFIFR]
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