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1. KREOHME
L1 #Hx - HAY

EINAAFFEBA I IE N A AR R FEBA R (LA, TAMED) & 9,) Tk, TEES B
JEPHFSHEMERT R (5Fn 2 4F 3 H 27 AHERE - ERERIEHEEARTIE) NEOLIME T rY
=7 hOOEDTHLD A - MRER - Blo a7 e Y= M BT, /4 -
JEIR B IR EBINE(L 7 v 7 F & [FEEREREAMIE R KO TRAEER -
BAR FIRIR DPEZEAIZ AT 7o SR EANBR R S 36 ) it U CHE D S ERIR B £ Tl
A —BHLIEXEEZTT> TV D,

FHAE - RN - B HRRIE. SRETIRIEDEE L 2o TRBETRR L 9 D8dff& LT
HRANCRE RN FELNTWDI 0 TH Y, ERPESRSDOH D, FF1 4 4 6 H
7T BICHEBIRE SN THLOWEARERD V7 v RT WA 0 R OFEATHHE] CiE, T4 -
HIREEEIR « BASFIBHIC DOV T, Bz R EREM ORFRATE - TREROHEE, 25 DER
Bt OBEACIZ AT 7R FEBRFE . WIS WD HIE - R X — (T A VA 7 S~ 851
ZEAT D72 OEAT) ORGERRI, AMERELED, G702 ERIico7T
2. LOBENGT O, S%ITLY —HE, FEAKIZAT 2R ~O T Ak LT
WS FEtE 7o TN D,

AR - MR - B FIER (UL, THAERERERR ] 2 ),) OB LD D ITIE,
HL 2 R 23 3K oD 5 BETEL B B O E . FEREIREERCIRER O 122 < OB E &
EWEFIRERR DS LETH 5, ENTORRIIZB W TIE, TEES, EREEREONE, A
E R OV VM EDORECR BT D i) (LUF. TEEMIE ) M OFEBTE IS < [EWHH],
WESMNERB CRE. BRI TIEM e E - HIROBHI B~ DOXHER BT L 72D, Ll
R D BEEAR Ty —RENEINER A BT LT HE%E - MUl O BLHIEE Ok AR
£ LTHEY, Food and Drug Administration (7 A U B &MEKNE : LT, FDA) X°
European Medicines Agency FRM E3 /)T : LA, EMA), K O Medicines and Healthcare
products Regulatory Agency (=3 - EREGHHT : LUF, MHRA) 76 8OEESWE
KA O E ., FERIRERCIER O EhiiZ2 KO H AL, BARESNRET 5. BRI WM 23 &
YD LN T = ABEE TWD, O — AR THIEEA Y F v —23EDNE
JRBZES 72 A DT, BAERFRERLOEENMIZB T O RERFEED—DL>TND,

£ 2T, ARHEZES TIIsNER CREL BN (Zmid T, 15ERBEG ) & RS AR TE AT
75 (AT, AEHFE) ETORMEBELZIMTH I & T, AR T v — BTk L TAH TH
R OFAEEFRER GOSN ERE CRE. KN 2 /B2 R ERT 2B E T2,

TRERBAAAIAR DA A TIE, BHHIER (AR, RERORMN) TIaBR2 9 2 BRI L2
& 72 DIRBRETE O i SR OB E IR D NFIZ DWW T A 2 FEhi T 5, MA T, &H
124 J5) D it & B ORI 2 MER T D 2 & L VMBS JR) & AR TR & 41 5 Jm &k
M ORI A 2 beie U B2 L e E 2 AT 5,

HGBHIFEITAR DA Tl KE R ORI 5 ARH T35 E R A SRS (LT,



PMDA) 2MER L TV AREREEITHY T2 CE (LU, FDA KO EMA S0OH AR E
) IZOWTOEROfEHEEERT 5, F7-. BEIZ FDA X° EMA (4GRS N TV D
AEREERBICZY T HRNLOFEEREEEL D LICEHH L RICB T 2FEEDRREL
ZELTCMEREELIERT S,
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117,
(1) FFAERRA ST BRI OB HHY JHIC 31T DI85 E ., AR, MikEs. £
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BAERSEGLOFER, KO\ « A R7A
IGBRGHE O i (BB U CEE R EH, KOV O&EH#ERK
EEHERIZ OV T DB
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@& HH Y4 &) T OEAE DR AFED IR L EREFEOIENR (FDA, EMA)
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F B JR TR S T B AR R A L
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A A & s il B D i - 552
(2) #ESMEBE CRIEL M) ICdhiz-> TEEL R HIERO =— 4
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WA AT OL: S

1.3. #EFHE

FHA R SR AL BRI O BRI 4 R 1) D108 . /KRR AL, MRRER . AR
FEIZHOWTORAEL, SHHEROABEERCHE (V=271 baaEt) Od, B3GR
FEOHH L BB E~D e T U 7 ROAME 2B IRRS (BINEITRE, 2%,



FERHEOEME) THOLONE®REZ S LT, BHHY R T 0T < (LB E R O R
ALCHESM I 5 /) & A TR O B o MBI O 2TV FEICE LT,

AR CREL BN ([CdH 7> THE L R DIE RO =— XA T, RO SEOHH Y
REBRRE ~Oe T ) 7 ROFME 2EOIERS (BIMETRE, A%, EREE
DHEE) NOERERTZ,

1.4. BiEE
ARG EERICH T2 . 2L OF 2 IlFTBN &£ L,

F. AFEOEH MO —RAEFNEANFAEER A /) X—v a3 07+ —TF LIE
KIpDE 1ol &dE L,

MAZT, 2FEOHIIBEEZIZCLOBIMNZEWEEEOWEICEE E LT, EEAH
BRAEW-TEEELE,

Bz, DA 2 e a2—IZB8 0T, Z< OFEIFICTHEEREMAZBY £ L,

Hursh Cell Therapy Consulting, LLC ® Deborah Hursh J64E121%. HAREN TIEES
72 FDA OFEICHEH T2 HEERBEREZ W EE E L,

WRHER RS KPR ERK R E M B 7 —  ERNSENE - GMP % 2
BE S A1, SFIICBIT 2B RIS Z ., IMVREIRY R & ORI 2 K5 R
HEnwi=iZ& £ L7,

Z U, BN ESES R ZEET  BIFTR  FERRESTR e AT, MM R ORI 2
ZIEE FlWEEERICOIY EELEIRELEEZBY E L,
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2. KRE., BRMORBRBRLBICET 2HE
2.1. FDA
2.1.1. BAERRERROER, ROBEBH - A KA v

AA, kE, EU, ®REICBIT 2 A OFAEREMLICEYS T /W04, ERSE
F2-1IZE LD, WTHROE - HisskiZBW) T H ARG L OB TIRROERDPED B
ThY, fiL & A 7R & BE T REICKBI SN HAE 1RV, AFICET 5 AR
PR N KEBIHI 2 Th 5 FDA TiE. DAaiam sl as A T8, v M
fal B OV | B S TR ELEL . AT B Sh T d, HEETRERELT, XK
ENZ RV T CAR-T B 3= TR L & LTl D DTt LT, AFR I /358
DB ZFOEND LN TRGEO—FEE L THRbRL TS Z B85, Thbb, KET
I3 CAR-T 8L 0 T/ E M 1T E ARG FORBEEEIC L D b0 LT R& Th 5, hEA
HRC i R0 36 i R AR AR 23 PR AR R R AR B TR L 722 Wy, SRER EUL EEICIE W T
HAE - HIRORHIEC X RSBl Sh T 5,



# 21 KEICBTA2HAEERBESMLICHY T LD ERSE

B& KE EU EE
) PMDA, &U' FDA EMA, U MHRA
EE£5EE ZEORHLF
LINE BEERSHA Regenerative medicine Advanced-therapy medicinal | Advanced-therapy medicinal
therapies products (ATMPs) products (ATMPs)
HENEE BEEERSLUS (BEXR | EXRXEEERSE (F0F | EER EER
RN OIRIT) RFICEIZVTNNCS
)
BERE | BEESSHRE LUTC | sk aRmasTs BEFAE AITAR B | BEFRE Alivak 8
ZH 00 BIIZRUBTHTHSTE | W EMERESIHERAR. | BIFUREECEERTHY., | BIFHREETEERTHY.
= HZEDESS BEEG BAEVBEEZENCLLEREY | BEPBEEZENLLEEP
(1) AXEBYOMICE | “FEOLMEEFEERY HREEORG HHREEORA
BEZOMIZELEEDT RS Rt BEERRE
HoT. DERICHZEITZRIREMENHD
1 BIEOREE-HEED
BRE-81E-ERIZE0
0 RRORE FHz
BEELTUERTZE0
Q) BEFaEEENE
LT
ADOMRBICEALTERT S
(0]
E « ENRfEMTHRS « EMBRRUHER: - BEFREER - BIEFREHNSR
HID5(F |- BYERENING - HMRAEES . fEHRRSAE RS o (FRREAEE SR
« BETFAERAESR . BEFAREES o AT . AT
- REREBTIFHS + Combined ATMP*1 + Combined ATMP*1
B4 i 553615 (42U.S.C.264) “Hospital Exemption” MR R IR D EZ D
EMmEARAEIE BLUEBRANESE 21 7S OFRENICEESN, QRL | BRELUERINZHZAR.
EIERIRE A VB ER 1271 # (21 CFR 58 1271 MBEAND, @FE—HIC MEOREMSSVREII
) (CEIVTORRFIINT | BLT. OFEDERE[CXTZ | BIF244 (Blood Safety
WBEDZERRL WHELTRLLNZED and Quality Regulations
2005) OxfHREHSZ
WBES | - Bl + 506(g)(8) « #RA (EC) No1394/2007 |« 2012 NEZ SRR
= - PARSAVBE - 21CFR1271.3(d) - ECRAILY - & (Medicines

o NRBEY-ERE (PHS
Act)

o EFHRAIE (CFR)

+ 21CFR Part 312%:¢

Act1968 Chapter 67) ¢

1 EAATMP (cATMP) (3 BEEFAREA, ARITARER, EERT 2RI ERESEMEHEDINTHG

H7T) PMDA, FDA, EMA, MHRA /B




KBTI, TRARIREL LT A3 & k7= Ml 2 & teiA#E B AL 1T Regenerative
Medicine Therapy (RMT) &REEN TS, 7238, RMT |E Section 351 HCT/P (Human
cells, tissues and cellular and tissue-based product regulated under Section 351 of the
Public Health Service Act) & &IFEZAL, E/RERBFICE D S AW RIA (R TR
R & LTRSS D, 72720, I AEmRS (EERE) & ReShb, 70k, RMT
IZEOMRIZESE, FEEMIZ4 OO)%% WA AT EISND

*  Human Cell and Tissue Products (b hHifER OSEARELE) @ B b HSROMIa<CHE
WA U CBREAT O WG Eiv BRI SRR S8 3 5, 18
BEBEHOMIE W2 BEBESC, )btk S 5 RFEBMEGE YT 5,

»  Cell Therapy GHif@iE#)  FFE DMl % BF IZBAET 2 2 &L TR EZTBET 5 Hik,
15 1 M <> Mesenchymal Stem Cell (MSC) 72 &, & & & & 2 5H O M »3 i
SH. MDA H CAER B EOIBRITHO BN D 2 &%,

» Therapeutic tissue engineering products (J&# A/ TF05) « N TAYICIER S
AR E CTh 0 | 15 Lok A AT 270G S D, EREA MM
BE &R A AL A D THEEY 2 TR L, BERERY AR & L THW S,

*  Gene Therapy GEnT1EHE) : BIoDOWE  BAEE R, LENOKEDELT
DBEZMTT D2 &0, BERBLETFEAEET DI LIZEo T, BEMEEBSOR
TEDHP TR E@?“fé%ﬁé KEIZEWT CAR-T AT FinmE Lo —FE L

LTI TN D UL, Mfin TG o —fE & Lfﬁbﬂéﬁiﬁk (€ VAP

FDA 23MEffk9" 2% RMTs (BT 2@H « WA X A%xHk 2-2 [T/~ LT-, [Regenerative
Medicine Therapy RMT)) OH7 Y —ITiF, FAERERLZ D &3 2 2B
THERAREMENE LD LN TND, 1§J & L . lResources Related to Regenerative
Medicine Therapies : 506 (g) (8)) (ZIFFFAERER L IZBI T 2 BB omMmENHEH I LT
BY. AR Y— BIREESUIHFEE) | zﬁﬁ%%#ikwanfw

[Cell Therapy and Gene Therapy] @717 = U —(ZITAMRaiEHR & ONE h?/“f?ﬁ W25
B OTAL L APREHIN TS, TOFTYH rFrequently Asked Questions —
Developing Potential Cellular and Gene Therapy Products; Draft Guidance for Industry |

T, BAEERE @% LOWFFEBRFIZ BV THAILRICE S FEON L EHMN E LD LT
BY, AR o THBERERDEIH I N TN D, ZOfh, MiERCEE FIERZ
M%nmowf\ﬁ%&# DIBEFNNE L O HNTND

% 2-2 1213 EFED1F 7> Investigational New Drug application (IND) &SR D HGETE
HEFHONAES, Chemistry, Manufacturing, and Control (CMC) (2R3 5 A & o A%
MEELDONTR—=TDY 7 2L T, EX VT A RABAT =I5 L TEM
ST,
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* 2-2

KENZHIT D RMTs (IZRT 04 X A

Regenerative | Resources Related to - BEERSUBORHN1IVI—R
Medicine Regenerative Medicine
Therapy Therapies : 506(g)(8)
(RMT) Regulatory Considerations for | « FDAIZ, :@#B#RAIE (CFR) ZFE21iRE 12715 0EE EAFEMICER
HCT/Ps : 21 CFR Part 1271 INBRODIRIEICRS T 321 CFR 1271.10(@)(1) EES LU RBEERICET
321 CFR 1271.10(a) Q)& #(CE DX, b ML, 1B, Miab LU
MRS (HCT/P) OHM RS V%ERM
Same Surgical Procedure + FDAQEYELEIFHEAZE Y- (CBER) 114, IR HIE
Exception : 21 CFR 1271.15(b) (CFR) Z21RE1271EBOBISNRE . FFIZ21 CFR 1271.15(b)IZFE
HENTEBIANIRTE DEE AN T, HRER TR, COH1Y VAT,
21 CFR 1271150 ZDADBISMI DV TIZERY IR W E 7L
Expedited Programs for o BEEFFIEGEBNTREILIERINTZBEERE RO
Regenerative Medicine HEITEDZARIY-ETRIC. INSOBEEDRAESIVBEEDIERL
Therapies for Serious (CRAT B3R EEEIRME
Conditions o BB5065(Q)CEDE BAEREEL. FEORELBEEEEL
EEELLTRESNZAREENHY. FDATE., COLSHIEEEIH
HEEEERE (RMAT) JIEEELMFATNS
Evaluation of Devices Used with | « BAERBRLEREDEIE. 2B, X% E(CERINZHEIZIOFM
Regenerative Medicine [CRAT BFDADE R AEIRRYT 2115V A% R4
Advanced Therapies
Cell Therapy Guidance for Cell Therapy and | + #RESLBEEFARORHON1IVI—=
and Gene Gene Therapy Products
Therapy

Clinical trials

Investigational New Drug
Application (IND) : 21 CFR Part
312

« INDEREBICRZHBFREEH AR

Viral Safety Biotechnology Products o ENFEEEYBROMBERNSEONTNMAT)/0I-ER0V1I
Evaluation Derived From Cell Lines of AR M MICBIT2H1Y VA, EN1ATY/0I-EZDIAIVA
Human or Animal Origin BLYAVETEL N-T TV I T FUT-aV (CRHINET - O
=
cMmC CMC Guidance + CMC (Chemistry, Manufacturing, and Controls) [C#EHZRHD
A1V ZA—=
GMP Current Good Manufacturing - MEEBE® (current Good Manufacturing Practice: cGMP) @

Practice (CGMP) Regulations

A9V

AT FDA ZABR{E#H

Regenerative Medicine Therapy (RMT) : Resources Related to Regenerative Medicine Therapies : 506(g)(8), Regulatory

Considerations for HCT/Ps : 21 CFR Part 1271, Same Surgical Procedure Exception : 21 CFR 1271.15(b), Expedited Programs

for Regenerative Medicine Therapies for Serious Conditions, Evaluation of Devices Used with Regenerative Medicine
Advanced Therapies

Cell Therapy and Gene Therapy : Guidance for Cell Therapy and Gene Therapy Products

Clinical trials : Investigational New Drug Application (IND) : 21 CFR Part 312

Viral Safety Evaluation : Biotechnology Products Derived From Cell Lines of Human or Animal Origin

CMC : CMC Guidance

GMP : Current Good Manufacturing Practice (CGMP) Regulations

2.1.2.

EREEOEHER L L THREREBR, ROZOEEMERL

FDA ~OiREREHE O Jif I MR EH AR 2-3 (R LT, BFEHOEBMERE OFEMIL
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BRIZZEMRE LTRE LT BBR 1), AIOTRERFEMFHEEFICFH S 5 FHI
[Mnvestigator’s Brochure] X° [Protocol | %23 & £415, rInvestigator’s Brochure] (213,
JRAELHANC BT DB RIS A, WEDORKREBRN /B LN MIBIT 2 ZEMER DA
IMEIZEET 2 THF RO BRI Z 50835, [Protocols | (21X, FRRRAERD 7' h a V2§75,
TREREIRIC L7 ESH O 5 B [Chemistry, Manufacturing, and Control Information] (Z
BT, AT T CMC 73— MBI 25572250805k 55 K13 FDA @ IND

FEICBIT S ORI TH B,

[Form 1571: IND application cover] [%. IND HFEZ1T 5 72 DAX /g /" —1L Z—T
oY FDA (2K L THRS ORKRABRZIT O 2RO L0 DLETH L, AR H—
IEEEIREABRIZ BT 5 EFEN R FHZ LT 2R B D, T DIE), KRR T — % 0%
M AR5 AT, BERRBRAY ClinicalTrials.gov (FEKAERDT — % X—2) [ZIELL
BEREINTWD Z L AT 57D OFEHE (Form 3674 (Certifications To Accompany
Drug, Biological Product, and Device Applications/Submissions)) DO#gHAME /2 = L%
D E - Mokl & B2 %,

# 2-3 FDA ~ODOIBEREHE O Jg I LB 72 &k}

I 7

EHER 312.23 IND Application m Guidance for regulation of Human Cells,

1. Form 1571: IND application cover (21 CFR Tissues, and Cellular and Tissue-Based

312.23(a)(1)) Products (HCT/Ps):

: https://www.fda.gov/media/70689/download

2. Table of contents (21 CFR 312.23(a)(2)) o B Form 1571 (IND application cover):
3. Introductory Statement and General Investigational . Form:

Plan (21 CFR 312.23(a)(3)) https://www.fda.gov/media/116608/download
4. Investigator's Brochure (21 CFR 312.23(a)(5)) * Guideline:
5. Protocol (21 CFR 312.23(a)(6)) https://www.fda.gov/media/77596/down|oad
6. Chemistry, Manufacturing, and Control Information . F;’C::r:sn (Investigator's statement)
I. Phar_macology and TOX_'CO|09y, Information L https://www.fda.gov/media/71816/download
8. Previous Human Experience with the Investigational . Guideline:

Drug https://www.fda.gov/media/78830/download
9. Form1572 (Investigator's statement) ® Form 3674
10.Form3674 (Certifications To Accompany Drug, + Form: .

Biological Product, and Device https://www.fda.gov/media/134964/download

o - * Guideline:

AppI|cat!on§/Subm|s§|ons) https://www.fda.gov/media/105405/download
11.IRB (Institutional Review Board) Approval B Informed consent:
12.Informed Consent Document * Guideline:
13.Non-Clinical Trial Data https://www.fda.gov/media/88915/download

AT FDA ZABR{E#H

Guidance for regulation of Human Cells, Tissues, and Cellular and Tissue-Based Products (HCT/Ps)

Form 1571 (IND application cover): Form, Guideline
Form1572 (Investigator’s statement):Form, Guideline
Form 3674:Form, Guideline

Informed consent: Guidline

2.1.3. BEHERRIZ DWW TOELE
F2RIEEREE O fE B OVERICB W TR RSN E T NS FHIH - (82K 24 ICF L

12



»7-, Protocols] DIEAIZIWTITIRBRGTHENZI1T 2 A AIVBEEM A AN S B D
WM DWT, A« HIs O NS CIexE BN B ERRICEET 2 BERH D, F-H-
f DG HEPCIRIEFHDIL G DI K> THMEICENEUHE S 2 & 2&E UEFIER
BT DMERD D Z LB ET D,

[Chemistry, Manufacturing, and Control Information (CMC)] D{ERRIZ & 7= > Tid.
JFR B O BRI I THE R — D RUEHE (7 A L R 2B ORBRIE B D2 R5FE) Pk
AL O B E DB I SN DRI ET 2R ERH D, VAN ALEMERRIZE
WX, BARSECKT HIV, HBV, HCV O U A > Ry HNZEES 2 Kl 2 R DB 2 5 h3#7p
D KON ANV AREDOEFMERGEDO BN R 5 RICEET 2 HERD 5, 12D
BHOBEMHITHA Y R TIEa<#GE TSI/ D700, BT EICHERED FL—3 ey
T RLEMEEFREBEIHT D ENEETH D, BRI IZEERMR L WS iGES R
DOFEMH:TIX. Biologics License Applications (BLA) £ TiZ FDA OERE A% 117~ GMP
certification D & 5 gk & D BN 8 5 1, KOS~ DOEINTEE 21T 5 BRI S ih DRE
IZED Ay E—UCHERPZ T FICERIZ DL LT, BRI LARWERFERILNEL L Z L
DFEAE LT MR FIROIRENE G TRWVRICEENKLETH D,

FDA ~OIRERFE O Ji HEEIOERICB O TIEE 2-11 (R LEEA#E 2 A N LS
ST, T A A ZEMERO I B S MBUFRYIC 22 ) BHEERHCEE S LR 2 & KE
9% BEIZ Clinical Laboratory Improvement Amendments (CLIA) F37E &7 fax T
ORERDRD HND Z & KETITEY =—/L 3 IZHIY risk based approach (2% &S 7=
BRFSHEE DR N RO BN D Z &, KON E NFIESORENAI E g TR 2 b
FEOBRDELOLN TS, ZRHIZOWTHRETHILENRD D,

13



% 2-4 FDA O L8 O i HE B OERRIC I W TREE DR E & HIH

?asﬁﬁmo»amr:uz\;u PEENBETNEEIE - BE
ah

REER 5. Protocols m HAANBEK
f".:ﬁ%ﬁ(;‘?ﬁrﬁ)\ﬂé$%Mﬁ‘é%t®u§um®ﬁ%tﬁégth‘ WEIC
B3, BILEIRBICNIZHRERRTIEE. FOEBCZET

6%%%’5(0)@%%73“-i‘ﬂﬁil“t(CEU%%I:E%TJ‘MEZ&%
m EAANDEBEDERE S

« BRHEBICBNT AMEPESEICETIRFNEFETIHENHBT
LICEBDBETHD

o PIeLT BERTRERREIOMYIDIVE-VYITH (vCID) OFENHER
SNEQADSERERUEEMRHIODWTRHEINEFIETS B,
BRIND—EBTIL. 1980-1996F (LR ETHIEL TWANBOILARICBIL T
REIDEFEEL, FF-DoRMUEMERIRZA VSIS EICERH O RE

A
6. Chemistry, uRA
Manufacturing, and o FF-OEEINEAE-BIRME ¢ ARRTUMARLHEOARERNELS
Control Information RISEENMLE, FEARBEOFETHIEYRFRRIEEICLY,
(CMCQ) BAROEROEELEINCHUATHIELERICEBETS

. fER2- %ﬁ’f&kd)%ﬂl #7578 : BAOEBREAETON -0ORIEERST
WEWMEES, HZENEEN THERBRETERVILISERNBETHS
L %%%nn@uug E.EE
« BROREH  SICFDATRERORFHICET 3 EENBIETHE N
(CERPNDE, MERKOBE. MIEKEOV-1-ORFEOHEST,
efficacy PH I TERE DRIEHENRDHENZ LN H S
m 2fi
+ PMDAADBEREICEENZCMCIN-FDIBEHREICF LT, FDARUEMA
N53RHHNBCMC/N- |~0>| HENZWLISEENBETHS
m RERUEFIOEMR. EE
xﬁ%ﬂ)%‘ﬁzﬁ;oﬁuﬂ/@ﬁi‘«zﬁa’&wﬂkE’P B BHROZEENTHONS
MR B8, Ph1ICHITZHEE TR, —MAIC. BRI RUFEOY
Ewﬁitﬁiﬁl:iﬁﬁ%h‘né
« REERIERAHBROSEECSHTELY, LM TORRL G156,
REMT-FTERENBEDL 15D

HAT) FDA ABITEH, MEABIHI S REBERRO L 2 HMFE~0e 7Y 7

2.2. EMA
2.2.1. ﬁi@%%%&@ﬁ% ROG@EHE - A RTF7A v
EMA 2B} 2 FAERERILICHY 20 0OFERIIE 2-1 ICii&Eomy Thsb, EU T

IZ Advanced Therapy Medicinal Products (ATMP) & L CHH &SN TEY ., EIZB A
RN SRR AL . MO L R0 3 2D T TV =B FEET D,

o B AERES BRI OME, B1E, B, AIS0IkEkE AL LT R
WHEHSND D TH-T, b MIERGIN OB L ZTE L < ITHH 2
DR DIEEME Z G b O, 2D, ZOIER., THHEITZKEN, Bz
HENTO DM ZEEEORLS, F7213% OES| OB TR BLED I EEREGRT 5
bHD, ok, B FREEERMLIIE, BEYECHT OV 7 FUEEEnR N

(Directive 2001/83/EC @ Annex I, Part IV),

o ESHIIERREL S - REE ORRREE AN BES 5 AW RORE, AEBSEAOREREE L < I
A/ @’f’fi))ﬂﬁwéﬂé &0 RFFEW B E 2 3 T U < TRk, ST L
vy PR R —IZBWTH—OARBEIEREICHEH SN Z & RERES TV
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W U < TRk A B Te . XITZENONOHEE SN B D ThH- T, ZOfia
F TR OFH ), B FRE IR ER 28 UL IR TR, TR
FTZMT 2T, b MRS LIEHREESND b O, XUTED L D 7k
MWEHETDHZENREINTWD D (Directive 2001/83/EC @ Annex I, Part IV),

o HERRTERLE  BESHIMEE IR EZ S, FREERLOEREND b
DTH->T, AMRIZH LTSN DB, MEoFRAE, B1E, #FLdEkE E
BHELTWD, IZD LI BRFEEFOZENRINTNDS H D (Regulation
(EC) No. 1394/2007 O Article 2(1)(b)).

EMA 23232 ATMPs (B85 21850 « A X A0 96 EISRHIRE R I3
HHDHEF 2-5 2~ LT, [Cell-therapy and tissue engineering | (213, & i s =3
SlZ BT D EFERI R T A R A DIFD, w0 BHE i Sk o MR I BE 3 2l a4 A
FLOHHNTW5D, [Biologics: drug product) (21 AT D&M Ea0 B O & 2 B 17
%0 GO ICET 5 T A & 2 ALEWRERRINE (TSE) DEYL Y 2 7 F/IMEX® TSE
HEAMENCE T 2 EHRNPEE I N TV D, [Quality: ICH] [ZIXOHT FIEDONNY F—3 3 >
HER, b N XUTE RO S AER SIS AT 7 s m o— RO T A L R%E
EMFHMEEICOWTHERN E L OO TS, B ICH HA K74 T BKRREZFLE L
7= NECTENBEASOBEANREGEINLTNWDLHA RIL - ThY, KELXVDHEARIZH Z
NHO RNy 7 2] ANWTZENTA XA THA RTA VSCENFET S,
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H73dY

Cell-therapy and
tissue engineering

Gene therapy

ICH: considerations

somatic-cell therapy medicines / tissue-engineered medicines

Safety and efficacy:
Biostatistics

Cell therapy and
tissue engineering

Vaccines

European
Pharmacopoeia

Biologicals: drug
product

Biologicals:
drug substance

Quality: Excipients

#%2-5 EUICEBIT S ATMPs I2T A F A & A

H159V2
EMEA/CHMP/410869/2006
EMA/CAT/571134/2009

EMA/CAT/CPWP/568181/2009

R

b MRl REERICBI I 22 HEARAT STV
SHMfREAVEEREAICEATZUILIYIIR-/{-
BROBRBEEZBHNELEAIMNEERERIREFRACETZIILI IR/ -

EMEA/CHMP/CPWP/83508/2009 | E AN DR EHRROMIiEFH AT 2EERICEHTZHA 51

CHMP/BWP/271475/06
EMA/CAT/573420/2009
EMEA/149995/2008
EMA/CAT/499821/2019
CHMP/GTWP/671639/2008
CHMP/ICH/469991/2006

FERROEHOMAIN-ZD REEEE RO N ABRCETBHIR51Y
BB TP RRCEYZERARAIEICET3YILIYaVR-/~

ATMPOR 2 EBMMEDTAD-TYT YAV EBICBT BHA 1Y
ATMPO LB AT BEHEDE R ICBI T 5QAA
BETHEIMEESCELRORHE, FRESIURARLEE
AFERBOEHZHREFORECHIZVYMENERCBET 15V

EMEA/CHMP/ICH/449035/2009 | EhSLUBIY A EEREN LB ER IRIE R 2R FOREY RV 05z/ML

CHMP/EWP/83561/2005

J04YITIVh- VIR E S iR B A R 3E I BI S BCHMP/CATD I 558

EMEA/CHMP/BWP/271475/2006 | TSEB &M EIEERLET- Y7V~ RE&UT- ¥V 0WNYT (WCB) OBEMHEEICES
EREL]

EMA/CHMP/VWP/141697/2009 | AMREIFOEHFHRAIOELEICSIZTIN TV YOERICETZH1R51Y

CPMP/BWP/1793/02
EMA/410/01
CHMP/CAT/BWP/353632/2010
EMEA/22314/02
EMA/CHMP/BWP/814397/2011
CPMP/BWP/269/95

M RESERICBIY 588

AFEABOEHFHRFORECHIZTYMBOERICET A1 VR

B BIRIRBEORRAOL NS LU A EEREN ULERYRIDR/ME
J04VITIVb - VTR E St ia i A R B9 SCHMP/CAT R 2
TSERAMREERLET-FVJ Y- FBLUWCBOBHEICETRE
AFEGOEDRAOIE(ERASNZTINITIYOERICET N1 51V
iR HEERERICET S5V /-

EMEA/CHMP/QWP/396951/2006 | EERGOIRTE AR B EHICET T XEILEI3RMMICBEATHRS1Y

Quality: ICH CPMP/ICH/381/95 ICH Q2 R1) S FIBONUT-Y3Y 1 AXBLU A ER
CHMP/ICH/804363/2022 ICH Q5A (R1) E bE BB OMATRN S E RSN ATV /0T -HB0D
IV AR LM
CPMP/ICH/138/95 ICH QSC /(A7 709~/ B2 HRFOR EERR
CPMP/ICH/294/95 ICH QSD /U455 0/ = R BiA DB (SN SRR B 0 H R U5 1
CPMP/ICH/5721/03 1IEZH QSE (AT 209~/ WS HRFORE S
CPMP/ICH/4106/00 ICH Q7 EMERRAHDEEER (GMP) LURKEERE (QCM) (CBIF2E%E
CHMP/ICH/167068/04 ICH Q8 (R2) =& D%
EMA/CHMP/ICH/24235/2006  |ICH Q9 @EURTIRIAVE
'EMA/CHMP/ICH/214732/2007 | ICH Q10 EE@RBEYAT L
Safety: ICH (CHMP/ICH/731268/1998) ICH S6 (R1) "M AT5./0Y -t A E R OIERRER L2 M 5HM
Safety and efficacy: | CHMP/EWP/83561/2005 DHEFICEIBERARBRICBT AR5
Biostatistics CPMP/EWP/2330/99 BRI SZEBIE 1. AF7TUVR. 2. 1D0EERR
Efficacy: ICH CPMP/ICH/375/95 ICH E1 RARR 2 &3l T 2D A IEFNDRZDEZE
CPMP/ICH/137/95 ICH E3 BRARAERIR S HOMA LR
CPMP/ICH/378/95 ICH E4 EXRZHERFT2AERISER
CPMP/ICH/135/95 ICH E6 (R1) EE ROBARARENICEIT 2 HE
CPMP/ICH/379/95 ICHE7 ZEES
CPMP/ICH/291/95 ICH E8 ERAREUBR—ARICBI T 5 E %2
CPMP/ICH/2711/99 ICH ET1 /NBERICHI P EE RO

HAT) EMA TGuidelines relevant for advanced therapy medicinal products] .
WA S MG RBROH 5 HEMFE~oe 7Y 7
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2.2.2. WWBRAEOEHERE L TREREBE, RUZOEEHER

EU W& EOHG% m (National Competent Authorities, NCAs) ~DiGERFHE D)
IR EHE R 2-6 (TR LT, HEHOEEHERE OFEMITERICSEBNF L L TR
WL (BEE2). BUICHBT 5 ERERB T, BU MEAEOHE Y & EMA 230
4%, EUMEAEOBGE RITIEEBRORE, AGR, B, M OTEER D220 fm BRI
il 2 e 2 72O ORVE 2 vy EMA (38 8RICEE 325 IT 27 A (Clinical Trials
Information System, CTIS) OiEE %179 1E0>, {REBROEIMEZED EU 2K TOFM %
RESTDI2ODTA RTA A ROBHIOFREEIT S, 1BBROFFED CTIS 2l U TiThh b
LRV EEOMEETOEREZ L THEET 5 Z L WREL 72> T %, CTIS DOF]
AEL 2023 42 1 A 31 HLAREO =T OH LWEERE X L THZHE > T %, CTIS Zif
C7ziaB)is o1 7151, OCTIS ~D %Gk, @165 E O1ER (GRBGTEE, MHEEZEEO
A, MEORET—FENEEND), @CTIS Z Uoipi/m o, @ E o]
YRMEOHHEE R L D5l - &FED 4 2T v 7T TITbiv s,
RFROIRERERFEE A Y 75 EFAI2IE [Protocol | 238 %, [Investigator’s Brochure |
IRHFRY RS K OEBRA 2R R O K MBI HEIL U CHERC L. BRIRERER O 16 B BRI S 12
X UTHIE - HE, &5 HE Zet=4 ) U 7FIREO T 1 ka0 FERFFE~OR
- B 2R LT T H0DFRPTEHIND, WBRBAKBICHERFRHOS L
[Tnvestigational Medicinal Product Dossier (IMPD)] (235 T, AFIZH~T CMC /¥
— MZBIT 2 3EMI 72 5E# A3 R D H D sUT EMA ~® IND HEEIZEBIT 5 — 2O TH 5,

# 26 EMA ~OEEREHE O Ji I B 70 B k)

e sF

BHER | CTARIEIYaIVIIHHINTNS *  Regulation
» Section: Forms and MSC document

« FAQ Document

» Templates for
each document

1. Cover Letter
2. Proof of payment of fee
3. Statement of compliance with Regulation (EU) 2016/679 (GDPR)
* Section: Part 1
4. Protocol *
5. Investigator's Brochure (IB)
6. Documentation Relating To Compliance With Good Manufacturing Practice
(GMP) for the investigational medicinal product
7. Investigational Medicinal Product Dossier (IMPD) *
8. Auxiliary medicinal product dossier
9. Scientific Advice and Paediatric Investigation Plan (PIP)
10.Content of the labelling of the investigational medicinal products
« Section: Part 2: Documents - information per member state concerned
11.Recruitment Arrangements
12.Subject Information, Informed Consent Form And Informed Consent
Procedure
13.Suitability Of The Investigator
14.Suitability Of The Facilities
15.Proof Of Insurance Cover Or Indemnification
16.Financial And Other Arrangements
17.Compliance with national requirements on data protection
18..Compliance with use of biological samples

HAT) EMA AR, #EABLH S REBRRO H 2 HMFE~0e 7V 7
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Regulation document
FAQ Document

Templates for each document

2.2.3. EEERRIZOVWTOELE
FRIEHETE O HE R OMERIC BN TREEFENRE T NS FH - fEEZEL2-TICE LD
72. [Protocols] DIERIZIWTITRERT A » OBMMEICER L, @bl FARA > b
HRIEN OB ROBRENRD b D, = FRA V FOREICBWTIE, R RR
A FOFRER real world data (RWD) DIEHZRETT & THY | HmEHKT L2 L
NEETH D, [Investigational Medicinal Product Dossier (IMPD) | (2330 I35 o dy
B MO A EER S, BIETESERKICa > b e — v S, "SR 4
CCEETHD Z ENEREND, B IR -CHIER A TS oz et
faZ R 2720, Fhy FH A XEOREOEREEZRIND Z LD D, £72 EU
THAZET 25513 ISO/EU15189 Z 85 L FRKIRA = O M & GE/ICBId 5 [EFE HE~ %
VAU BNVAT AR AR T VLEND S RICHEET HMENSH DH, Clinical Trial
Application (CTA) HFERES CTRIEIZZ2 B2 WAREMEN & 5 723, Marketing Authorisation
Application (MAA) FFE CIIMNETHDL Z EITHEET D,
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% 2-7 EMA O E2R8GEH O i HE B OERRIC I W TR EE DR E & HIH

TRERETEIDfE H (L2
ERER

SEENRBINESEIE-FHE

BEHER - (FREFCETS
—REBEER)

4. Protocols

7.
INVESTIGATIONAL
MEDICINAL
PRODUCT DOSSIER
(IMPD)

WREREREERT | AREBBOREEEZZIILENHS

B ZEOERICKY, BUALVORIC, R UANTOREBERENLERISEEHY.
FePRAERD B R, S5IINEC (ERBEBEES) ICT. JORIOEREMTHN
)
B) AFUT A-ARUT R4, TTVARE
1. BEERLA BBRITONZHERODEES
2. ELA : BLRIVOEZESR

B REEECE—ROCERIIDNB, . FHRENIEBICEENZETRZOMBEMA
(A

m/NBRAIOBE X EESNNERBRHBEICEHINEHBRERE S0 I55E
BIRE ATMPICB BRSNS, L. IEFEFERRBRICIYVERLDERBRAL
B3HEEM/R<

B HBRTPIYOEMYE BEERCRECFRELRLTAEROFEMNS
HESSBAFATERVEANZ VWAL, BTV OEm TEMLBRENZ,
TR PIZEEAEOL BN BERAET L VBB OELEL, REARAEETHO
ISR ICRIEN B S B0, BYIRIY PRIV ORENBBEE LS

B IVRRIVPDERET-IINE | LEEHBABWNES. BRNCERDSHS
IVRRAYMERIRL, T-YINE S EERET 201 RE, EMATEREIY PRIV
FMPUTIT-ILRT-5EERTZH. RIFANGNBILE#HETHZ

B EZEHET-IDF v TS FORBPEELREBOEEZEE T HICEHRIENTER
WSER. BARRBRNKIBIOENS TN DS, EMAT(E, BEZFPHERD
HELY, REOT-YINEBMBREHFAIT2IEN G, BECIEYMEIITTS
HENHD, EEERTOILTYAPLNIARI T4 I BTN R HICERINBIE
EH30, ERFENMOBEOTREES

B EHIRRHEN, REUADRE  BEEECRRRRKOPRIACHES FRIRA
BERZEL L, JUBWIRIDESAIBEEN H B0, Protocol Tl R M ICDNTEE
MICRATEZRENHZ, BEUTZIUVIEE. 1V IA-LRIVEIPOFHE Y
ATEBEIOVTOEENBE

B UTNAMLT-HFEBENBRTEZIVYY)  BEEERRBRIRBCOES:H.
TOR VTR REART-YINEL ERNARTZIU VIR
RKHoNBIEN LW, KREERIEL INSOAENREMICHEST
EEEN S RRNAKEREEESTILEER/LTIVNS

B B FOEBEBEMRE - REMOFM | EMAR, S TEARZCIY O-Lah TV
RV, BEMRAEREEL TR ECHRIEORERICEZEZBEWNTEY, ER0
B RVREMETHET 3 5EFAMRS1Y L CFDAKYERBICREIN TS,
FBEFDAICLLARTEMATHE, REMRRBRICKINLILY Z0BENYFAKRDS
ns

B \vFHMR  EEFAECHEIGAEDSE. R0ORTEEREL. TREENET
3910, EMARBRINYFHAABEDISEDELER#EERIT LN HB, =1L,
FHEAZEHE. EAMPGMPORFIRRICEIVTERZBENHS

B 1RSI VIESTOEZEY © FDALEMAXESSEICHEGMPOA A RS/ Y %E@RA LT
3H, REOIHOEI BB >TRINT ZLENHD, FDAL, S EOFIIgE
BEEBOD-AHRTEEHIC. BEEEOHBKRTHETONYFYIAEHFAT
AN BB, EMAIL, I-0Y/\NTOEEFMX A ERERT 200, LR
PEREMICERZLTCBY, ARSI VESVERISEST T 3ERANSS

B ISO/EN15189D&F

s EUCHRIZHA. BAREEDRELEENCETIEBIZE, YRIXYL
VAT LR ERB T HENHD

HAT) EMA AR, #EAMBLH S REBRRO H 2 HMFE~0e 7V 7

2.3. MHRA

2.3.1. BAERRERZOER, ROBEBH - A KA v

MHRA (25 2 F/AERFRSIHE T2/ A 0OFERITE 2-1 [TREHOBEY THDH, *=
ETIZEU & A HAERSRIZATMP & LTHEIS L TEB Y . BIOB G 1AL,
HaTERR AL O TR0 3 >ON T T Y =N ET D,
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MHRA 283%H L C\% ATMPs (B2 F72@%0 « HA KT A4 %25 2-8 12508 LT,
ATMPs DIAMZEHR IS 5b 5 & U= BERERBR O Mk 2. BHNZ B3 2 me, EHRARIC
SNt MR E & Lo MEIC BT A B EL NI X T 5,

#2-8 FEEIZRBITSH ATMPs ICT A2 H A # &

AFIY- 19V [

ATMPs Guidance: Advanced + MHRA(L, ATMPEETREARRERDEHEICRI T 2 EAMAA 15 Y A% R
therapy medicinal products: LTHY, ZOFICEHERST. R2BER. T-98R S (ICAIZEHNEEN
regulation and licensing in w3
Great Britain
Guidance on licensing s EECBI2/\MARROIIYAICET 2R H) _ EDIEHERMHLTEY.
biosimilars, ATMPs and B\ AYIF- RImEEERR (ATMP) | RUTIANNRT-T71))
PMFs (PMF) M320FEBHTIV-[CERALTENTNS

Clinical trials Guidance on clinical trials o EEICBIZEERABRERORHHEHCEELT, BETOTA,
for medicines: apply for BEIEH, J1LI1VBEOBIFNRBHRMREIN TS

authorisation in the UK

Clinical trials Regulations s EERESVHEARRBROEREZRETZEEORFEHIRHEINTNS
Medicines for Human Use
(Clinical Trials) Regulations
2004 SI 2004 / 1031

Marketing The Human Medicines « EhREERORGE, B, A, L&, &R RGE. SR TR ED
authorization | Regulations 2012 SI RHEHINTLS
2012/1916
Quality and The Human Tissue (Quality | « EZERZEICERAINZLMEBORBE LRSI 2ENEETHY,
Safety and Safety for Human BB, IR, Z0MOER BN TERINGE#MORBE LR MERERT
Application) Regulations, BIENRENTVS

2007 (as amended)

HIFT) MHRA ZABR i #
ATMPs : Guidance: Advanced therapy medicinal products: regulation and licensing in Great Britain, Guidance on licensing
biosimilars, ATMPs and PMFs

Clinical trials : Guidance on clinical trials for medicines: apply for authorisation in the UK, Clinical trials Regulations

Medicines for Human Use (Clinical Trials) Regulations 2004 ST 2004 / 1031

Marketing authorization : The Human Medicines Regulations 2012 ST 2012/1916

Quality and Safety : The Human Tissue (Quality and Safety for Human Application) Regulations, 2007 (as amended)

2.3.2. IBRETEOEHES L L THLEREE, KOZEOBEHERK

MHRA ~OIRERENE O i (M MBI EFR A K 2-9 1R Lz, FFHEOEEMERNE DT
TERIIZERER L LTCRE L (BEF 3), AHORBRERRFIHY 2 FHITIT

[Protocol] 73&% 5, [IB or document replacing the IB] %58k % 5 (Investigational
Medical Product (IMP)) (ZBA3 2K T — X B LK T — 2 2 £ L H-bDTH D,
JaH&EED 5 B TIMPD/simplified IMPD ] (28T, AFIZHE~T CMC 73— MZBEIT 5
FER 72 FRA AR O B AL D AL MHRA ~@ CTA HEEICB T 5 —2> DR TH 5, IMP DR
i, BUE R OVEEL (CMC) 1EHOERI DT SN D,
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# 2-9 MHRA ~OiRBREHH O Ji HIZ 4 Z 72 B}

‘
H

JE &R 1. Covering letter - Official UK Gov.
2. Summary of scientific advice/PIP opinion Website
3. Protocol * Submitting a

; CTA document

4. 1B or d(_)cument replacing thg IB . - uidance —
5. Authorisation of manufacturing and import/QP GMP Certification Imperial College
6. IMPD/simplified IMPD Healthcare
7. Auxiliary Medicinal Product Dossier (AMPD) » Document
8. Content labelling of the IMPs management
9. Proof of insurance for combined

10Fi ial review
-Financia arrangem.erlts o . applications —
11.Suitability of the clinical trial sites facilities MHRA Website

12.Recruitment arrangements

13.Participant information and informed consent form
14.Suitability of the investigator/Investigator CV
15.Clinical summary results

16.Non-NHS/HSC Site Assessment Form

17.Annex 2: Notification of Amendment/Amendment tool

Other documents

+ EudraCT XML: XML version of the EudraCT form

+ EudraCT PDF: PDF version of the EudraCT form

* Miscellaneous: Data and Safety Monitoring Board (DSMB) review decisions, data

summaries or Helpline communications

Certificate of analysis: This document should list the test results for the IMP

» Copies of materials calling attention of potential participants to the research:
Previously known as ‘Copies of advertisement materials for research participants'.
This includes any supporting documents used to help with participant
recruitment other than participant information sheets, consent forms and
invitation letters

* NIMP Dossier (if required)

Dear investigator letter: A letter to participating investigators regarding

important updates to the study

Scientific advice - A summary of scientific advice from any Member State or the

EMA with regard to the clinical trial (if available).

+ EMA Decision - A copy the EMA’s Decision on the decision of the Paediatric
Investigation Plan and the opinion of the Paediatric Committee (if applicable).

AT MHRA Z3BATE

Official UK Gov. Website

Submitting a CTA document guidance - Imperial College Healthcare

Document management for combined review applications - MHRA Website

24. ARLBAORBBEGOEROFHE - B

AA L FDA FOips OIS RSB 5. IRREAIC S E G HE R 2% 2-10 ITF &
Wiz, PMDA [Zi2H ¥ 2 MaBlZBa0KR X e GEE] (3. FDA, EMA kT
MHRA TH FRIERONEZFLH T 2 ERFET 5. FDA @ [Chemistry, Manufacturing,
and Control Information| X° EMA @ [IMPD] %(2iX CMC 73— MIBT 2 HF@RAERN S
NTW5—J7, PMDA Tid, T OB G EE ] o0& CMC /~— MRS
DRINEIR D, ZOoER L LT, PMDA (22t 2 MBI 720 B OFF 2o B
YR/ICBWTIEEHZRD NS Z &R H D, FDA ~# i 7 5 [ Chemistry,
Manufacturing, and Control Information| < EMA @ [Documentation Relating To
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Compliance With Good Manufacturing Practice (GMP) for the investigational medicinal
product] Tix, GMP ~DiE G2 R~ T EFHOEH RO Hvd, iz, FDA @ [Form
3674 1 TEERAERT — Z OFBWIME AR5 5 HRY T, EARFER) ClinicalTrials.gov IZ1E L
KBESNTND Z L AR T 5720D0FHTHY . FDAITRADOREERTH D,
ZENHLDOAA L FTHE, PMDA TiEHEY VAT R VAL N T T ZOWTikim
N n—7, FDA XL EMA TIIEY 22—/ 3N, RIZ EMA TiZ CMC IZB 3 2 e L
THARFEEONR L LTEBEHAIND LW ORRN D oTo, £V E AT IESOX IS &
U CEE 2R PRI 2 B0 U 72 SR BEsg B F il 3. PMDA TIIIEBRBRAARF ISR D B o —75,
EMA TiX Phl o7 —ZINE LEFT TYHR~MEHT D2 ENERTHLA b A L IR
STz, EBREGBIZEEICE L Tid, WA CIE IND OFRICE Y 2 —/b 3 ZRt#t 7114
BRI SR E LBy DA E RN T D I E N ARE OERTH L LN RS,
ZOfh, KERBORBROH 2HMED ZERLL LTUTOL I Rars bRboTz,
«  CMC /"= hMZEBWT, BARTIIHHEHOFREZ LT 2 0BTV, KETO
IND HiEE CIIREEA RO BN 5, 7272 LEUERIER AR EAUTFEH TE 5 L-YULOAE
ThOAMIIKRE <RV, ZOft, K[ETO IND H75 CIEadiidicBE4 2 587050
WA RDONTZRPARETRR D,
« KRB OT —Z O L T, BARTIEAR I —DHNERRTm L A2 SR
LIERBRBOHNL—F, KETITRBRAR L HEEERHTIT T 2 BN & 5 S0 R
2%,
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#2-10 HALKE - EU, REDOFEAREEOMM - WEDILE

HZ : PMDA
0. REEZERDER

0. IRB Approval

0. Prior ethical
authorisation

#*E : MHRA

0. Prior ethical
authorisation

1. R ORRE AL
BEA.

BN BPEHRS
AR OB
FHERL

6. Chemistry,
Manufacturing, and
Control Information

7.IMPD

6. IMPD/simplified
IMPD

« PMDA : HAMHEORHICEDIE,

YERRY - RIPH  SREIFROEE E A
ML, ZOBEEERZDIENICTKDS
RIFFHTHD

+ FDA: tFHIMPREEECERE

BEDD, WisTOtALHERREIC
RIENEETHD

EMA, MHRA : /S OIMPD(ZHELT 5
B ENZNOMIATORHEHNRLS

« BATERSNZERE. Ra0EHE,

TAWADREMEBEICREN TS, —H,
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3.2.2. EMA CTAF 7= ATMPs
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IIAGERNEUY & 72> TV D, HIRELE CiX EBV BB U o SEERETER B O TERR I
HNDHME T M Ebvallo 28VAR S NBUE B STV 5, CAR-T Mifaiaid 4
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RIEVERICEES L LE# ST 5, Alofisel (2B L Tix EMA @ public assessment report
ZHDICIRA M T4, BE TR, 3L (potency assay) . & O Efficacy (2B L CTHITY
JAM B DN & TV =, Ryoncil T1% potency * MoA & X efficacy (259 % BBEAHIH
N, MSCHGZBIT D 26 DIEFROEEMEN DN,

CAR-T # 5 CTh % Yescarta |3 FDA OFEEEL, L Y EMA @ public assessment report
MeHPDICHE L., ERBEORSLE LT 5 oS TEY , FRHIo Y T—
RO TANARY Z—EHICEATLMESFHN L oTe, VANART Z—2 N5
WEOEE ., X7 X —THE R D EMELE LT TlE7 < drug substance (DS) & [RIEED#M
RMIEHIERRD HILD,

NEEHRE U )BT o D Amtagvi K O L K b b & i pisRAIAE T & % Omisirge 13,
WAL S FDA TRR SN TR Y FAEEE 2 f.0ICHHE L7, Amtagvi Tl Critical Quality
Attribute (CQA). comparability, K& O" leachables 73 F72%AE DA & L THiH &,
Omisirge TIZFEEY). leachables assessment, sBRIEN ERGRM E LTENR -T2, WTH
% leachables IZ DWW THHiZ =T TV A RN BT 5, KEICHE D Ex—T g 8
BT D MACI 1L, BIfEAGR I LT 5 FDA OFAER &2 FOICHRAE Uiz, JFAE, B
Bk, specification @ 3 DD ERFE Dim SN T Hiv, JFMEHZ DWW TIZHFEEE - ko
BATOHMNCEDOETRKRRHFE T2 ENRELEZBND,
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# 35

HHRI1T

GRS

AR

FAWE FEOMAE DGR

Alofisel | fBRasas | BRAGERSR HRARSTE | EMA (2018) | JO-VRICHES | B8
(FER Fﬁiﬁ%fﬁfﬁgﬂ x EMEE ("P;(_)posed Mo?:
4 xR IR FIAE
Fi ERCEIO)
Ryoncil LR R Mesoblast FDA (2024) | &MGVHD TR TRRARER Al et
FIZER &M PMDA (FLtL (MoAis unclear) | %Y
(%) ELT20154(C
AR)
Yescarta | Ex-vivo CD19%1R(IE TS | Kite Pharma | FDA (2017) BEXEEAE | B BT
WEFaE | CAR-THIE /Gilead EMA (2018) | OAMRBIEBE | (umtyqiney | (BRHBRICBEIS
Sciences PMDA By )\iE ZENUECDI9RIR | TERME, =)
(2021) W= #ir)  (FDA)
Amtagvi | Mg | EEREUYIGK | jovance FDA (2024) | #1TX5/-% ENE tsaoaaRe
(B50) Biotherapeu (Not established | (HBED2ODTh-
_tics a specific MoA) FORERERELT
efficacyZERA)
Omisirge pdin=ps Gamida FDA (2023) | {bEaZ0ik | B BARE
g t(l}fﬁ[;gu,%lz{ﬂﬂﬂﬁ CESmBEE | CIFUVTIMNE | (ESnBEsc
Ex = e | ICEBBmERME-E | HEATIFRIRD
ifééuém'& fEEEOnL) | EEFRL)
MACI BEER JY8%EIT-TY | Vericel FDA (2016) BROBEXIEBIC | TEARE BARE
Qvex- | BELEBREE EMA (2013) X9 2EEHEAD (MoA has not (BRomae,
SN 4R X1 DIEAH been established) BHOAITHE)

1 ARBYTH X2 AREVE X3 BEREE, QFERNSRH

AT FDA, EMA ARG, 3D KB H
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# 3-6 HAD TGN

Alofisel

SHETHE

BEEORA REROBERS

MSCISHERE I OF A EE DIBEROREERDSNBIENHS
o ARVY-[EHRREMRO LRERET BLENHS

#BRE (potency

assay)

o AKET %a@iﬁﬂﬁxﬁélhbb\?potency assay|CBId 3 RFBNMRERINBZI LN H S

- EYRRRANS

* #BHpotency assayldPhase3EBRFMAITILLELIN, ABREOR HIEERMTS
T-HIEEETHD

btk BRERT -5 M 5potency assayDEREE D EHEECAT

(EMA's committee for advanced therapies) N'oH#REINBATEEENHS

Efficacy

. $§E‘uo)ﬁmr'€ﬁéﬂﬂ—)?ﬁ'ﬁ'(:ﬁﬂﬁ%ﬁ%&'@l& ZOEEEPRIKICRALTNSEH

. RRECIRS T, WY RPN A R E BED I HEN CEETHS
. I—&Erbt%ﬁ'm‘

EARIINEHBROTI IV b A XSO TS, BMNOBERABROEREICLOTE D
SERRS BN EREND

2018FEMAER %, EMAICHR & L BINRBROBR TIIIURBE L OB R E RSN EN T
ZEMB, 20245 12 B ICIZEUTO B ERRIRFEATRENW T (FOHIBTHR AR Y= (L& ThHREN
£

ERCEBELTWEON, TRF-RAZ 1% 0. EHLUANO S CREN B
BEEEHS

A SARERCHELV\SARENHIILICBRIILENHD
REUREEHTREBARS CELICTTO-FI 2728, [BRARBRATEOLSR
YOT-MRESNTVEON ] [ZNAY DT -hELTHZ E THRON .
[EQESBIVIRAY MeRET BB HENELGFHETEZONIDRAY bed

Ryoncil

MoA - potency

o NEBMASIERIELENL W, potencyN-H-¢ LTRIESNEITNFRTUAL AR AZ

ARV Y-HRETBTNFR1RUTHACE I MoARGRNM B E SN, YBHSREMADIE
RERHONZATREEN DB

(Msc) Bl BEBOEESCHTRIEREDON, RUZNENEETIONNEE
—AEEmE LT MSCERING 22 & CTHIBSEEAME T 92405 ZNEIFTREMSCH
TNFRTZH L TED &S Btk aeE FHIEL TWBANRBALEN D S ATREMN H B, In vitro
TpotencyxZEFAT 20D FEDEENNEELE OGNS
MoAWTRBAE TEFDAICF v LY I TEBRIBEMEN H DL DR IR RINTFEHITHY . MoA
DRBEHERZ EDFDAANDTF LY I DN-RIVICHE2TWB D E(CEHTIB RBIERICES

Extractables &
Leachables

c BE

BHHEHROREMICEETZEEDESD. REHRBOLROT-IIREERHENZIE
&3

) : 48h B IRTFSNBF]HE
ICH-Q3E

HOHZHMICKILT, 608 OHBRIETIIIRIES

Specification

o HEREELEERITIER LT FROBEEEICBWUERLEZEB LU ITiEE

BRETZILHHEINSS

REREGE

« HREESROOVTE, BEAR (BER) (L EMRBUVEOHEST, BRORE - FED
- RAESR

RIENTV\BDHERDKRHSNZ5HED'HS

., REFEM BREGRUREROREGMROEFEICRESHET B0,
RERHORTFHE, MIACIVEBRENRLBIENEESND, EEAOEEND
FEOFHEARKHONBIENHD

LE, BAREOREEOKRI EALHR) FRENEETEECHELN ARKRT
BEBDITEAEL

SLE B

- BUEHERE
. lWi%h‘PhV&%}}E?’éFﬂ(u BB ROELENA

EF‘ ET IR+ HEIHAEPL (Pre-license inspections) HMThNRWNGENHSZ
KETEBRETIHE. ’)‘E(tﬁlﬁ’ﬂf’;”)ﬁﬁ%ﬁﬂ)lﬁﬁuﬁﬁi‘@(:cGMPﬁ%ﬁE%ﬁf‘iﬁ‘%ﬁ%FaE

WETIRENHBLEZGND, 12121, comparabilityD& =T, Bh CELEHREZE E

FREUELMNECMPENBR A FERLEANRVEETHS

ERTE - EEIIMRIECGMPEINTHEIN RS L ENHD

BEREGMPICR L (CEMTETUAL

BECOCENEROBREELRBHINBMEINS

Efficacy

+ FDA's Oncologic Drugs Advisory CommitteelcEW\WTGBHE M TCER R RN HINRIGRIC

BUWT, #MEIBLAICKL TComplete response Letter (CRL) AMRRINBATEE

ZOR. EEALLLEARCEIZEMT-TDRENRHSNBHENHS

HN'%H3

RIS RIE I
B R VS hd0))
J31=9-v3Y

SR HAERBE COELE MEER P ELE A RN ZE E#IND amendmenté U UGREI L BICETH
BUWIEILKYEREZ 256N HE, HREBR ORI EEEICEIZII1Z -3 V%FDA
EHREBRENHD

BF ARERBOZER
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# 36 FEOERRE FX)

Yescarta

SHNUT -3y

FDAILLBBECRAMNIT-VavNEERINDZI LN HD
ANV T -3V ERMBECBV\VTERO TEERIER THY. ICH-QICELTH IS BE

TAIWARG 5 - s HETORBIT T2 TCGMPEDI G ICEN HEZENEHR T, BEBENMEMT 278
B HhH3B
+ Control of Materials|CItFI LB ETEHFRING, BLE TR, BRMHIEEBLAANDZH A
KHbNBIENHS
o BRBHANS. PCTMEERLENII-OER AR KOSNZ AN BY,
SNV T-Vavh e EL RS
o ZREHEOHE. XS BRELEFNINII-BEOEREENILELRS
o REHEREEELERIMARDONG, BRELELEFICERBIZUNEETHD
s REEETCEVMINARII-2BENTERE CFHMT 2D TIIEL, BE MO E
R20ENHZ
o L ARNTH-DCQAEEETBHEHICIFPCTM (RIVH-R) LB LT DN TSN
BNETHD
o DAIWARTT-NERZEFRHEWTIEEL BEOEEBAND 2 RE A RSN 2 A 6%
NHBILICBETS
o BUEPELEHRICER(CH NI 210, &ik- ofENRITT IV O-LEESH TEYIIC
WX TBENEETHD
HHEDE (8 o PIIL-YADT AR GREFYR) . REPEEZFHRLLTEST. REF - #XICANS
o)) BERRREECIIARIDE
(TIIL-VANYI (&, BEEREHRETZIVTFICH2, GMPERTELE)
o FERTBFIAIYIN- TIIHYRECOVWTOFRAIKRDEND, (ERE. FEAIPHETH
318, MEGETEN/HEEIND
RIT47IVb0- |« BEICHEIIL. BB EEUICITINENRHS, TYT/BOERAEE. DIEICKST
WTANTUT L REABE
(PCTM) « PCTMIZ., BEHFT- HERHOEEZ D UEREIREIT 2L ENHS
c REREMARBROEMEVNELLES
J-)VFFI-Y - RIREQOREZHOEENRLETIHENHD,

o -URFI-VREREREROEHEEDHIRICERRINE QN REERIY 3R,

« EREBEOIKTOS KNS, MEEOS KR, REATORVWVEEZEMCEBLLEE-
REMORBRIEE
ERTBNIMYYN- TILINEYMEIDWTORBI RHSND, ERE. FRIFBET
HBH, WMEBFEHEESIND

SHOEEEEBEICEIBEETEETHD, 7IIL-YVALEMEMEBELRIZEDEED
MR TITONTVNBI LN FRTERY, ZOBIBEEZ T AN HORBREHETHD
o BISFERSEBRMEOELL LT BARCEBVTIRE S TEA-D-IhE OELERTE
93k RUFACTRAABBE DEAE (RS A ENH D, KE - ERMICSWTIZFACT,
AABBOEMEXE-IT L ELNHD
« % Kymriahl37 7L~V A% ISREUEEN BELTSH. GMPIL-FOMERN B E
[C733

FF  HARBOZRZA
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#3-6 FAOTdmA (Fx)

BEORR-FARBOERR

Amtagvi | CQA

« CQA
o RIRARECCQAZBRILTBANSTI-%LBIENAIHETH D, BRRIICERDHS
MBRNS, CQARETBILICHD
o BRARABOBERNSCQADIFENRIEER TSIV IEBETHD
RRNICE HEO—BMH/EBERRL. RELMN0H3EERODVIEXFITS
7=8IC. CQA. release acceptance criteria, & UERAR R G OIEBIBIROEERAN K $HS
n?
* Release acceptance criteria
*+ BLASZIE{%(C, release acceptance criteria®s% € (CBIL THEHE,/ ZamN'ana e h'dH
%

« CQANMIUTTR{TE, BHMENBRRETHNIL, release acceptance criteriak
BREFRERGEN DS (Aot EEH MM TESindicationDH(CEHFR
SNTFTREIE (G 3)

o BEREBICBNT—E K Drespondertf V3¢, EindicationDRENEE,
L. BEENARENTVWIRRBOT-F TOZERDKHOND

o BRRABICEI2E MM TERINZIBEICEWNT, FDAKT VI LRI ERINS

eBhHB
() : YT T-LTstable diseaseMBEICEILT. BEROHZ3hRLLTHRDNA
orEFIMEHNS)

Comparability

« ARBEICBWEEEE - BE B MICBF Bcomparability N EE &SN

+ ComparabilityD &t BAIC[FBARERCQADK ENME (AHTE. CQANRE TETWEAST
T BLIE R R DAL K ICHIFIA B 1)

o BUSFTEMICHEV TEcomparability DREEAN B E, BLERFTEAZ LS 2ETIE. BLERMIE
—hAICRELEADNRVNEENHS

o AVv-BEEEBENMTONEG S EMOBRRRBINBEICRD

Leachables

FDAL. BRTEUARIODOVTEVNERIENZIENHS
LB LCERENB LN HSE (PMDALYBEELWATEEMEN %2)
o BYIBRRITATIVNO-VERETEEHEE
 {EFAHARM. kU cumulative reachablelZBE&EL TE K DIEFN RSN 2 I BN H S
« SEIOT-ATE, Post-Marketing Commitmenti' 3R E SN A, LeachableD 3% #{IC
I52ET. AL-ABRR, /AR ERELBD

5F  AEBOZEIS

36



# 36 FEOERRE FX)

EEORS -RAEROBER

Omisirge | Residual cell * Ex-vivo expansion TR EE TR CEEND1. BB OVWTE L ERIBZILN K
culture impurities 53 (GEBYIOFMIEAEA)
FANEENTVBEEZONZN ZLTZNSE B REAE TR I 2R BRRERI TETND

MIEETHS
« YUTVIIRRERDO—ELRONVFILRST, ERMEBLUTHYTUYIIBILNRDEN
BRIEEIED $HB

- BRARBAFOBRN SHREEHRL GHES 3 LN EE
o —RERELT BB ICDWT T ROLORIETHEZ I BN H B, BRI L-FEERLT
WhIZRIBERWA IRTL-F0isE, RSN MBIIEYES
- [BLEBRICBVNT, REMQTEIAY M ELWEHB RS NEALTOEND
« [Zn5impuritiesE bR 9 3 EEBERTER A

Leachables o NI PRIKERICONTIS leachables GARRY)) OFEEN. REORT - EHAKETT
assessment KbnzdHahH 5,

B EQURITEAAY M TREL RAMBEOT - B ERILICERET S
« WRINVOY-WPAVIEOEBR(CT-FEMYET LN ERENS

DVU-ZRBROEENHF Y ENICECEDBEWVT -AH S,
BEDbenefitDeh, 2-3BEIEMTIINIY-2EFH OO TEERL RERARE (BER
B) TUU-ALTREIBILEHFRINDHENHS

HEEATEARINLHBTH>TE, BEEORHICEELTWINORERERHONEIE
nH3
« 5 1 A-0v/XOCEN-Y L FDADEL)
- BHIGERCBYLBEZN PRV ADEREIZELNEETHS
o EMRIELUERT AR (BEER-EEESE) OV WIEIEESIEEL.
master fileZ [CRERF R BT 3 RepHoN S
- EEMBOEMENREMH1IYA (1SO 10993VU-R) ([FRERFRETSNTHY. BEKIC
EHINERROHE. RFOERBEEGLLWAWNEENH S, R, RIOHRH%
FryF Py TLCGHES 22 EAkDHN S
EEAR s BRFORFICEETILIRBRAE - NUT-VavAEETYIT- N 22enkepbNn 5
- BREROHERFHEEN P HEMARIMEVD, BECEIGREYOEZAH
BAINBWNEELHS
« AEG(Edrug substrate CHIF BRI B ML IS VRIEELE, T4yY1IVIZTY
VIRBSEVWVE R THEES. MERERFAROERABAT-AITERIEL A
ERPRELRDS
« ERRBEOHERCOT REOHER, (BREFINTE) REEMRERENTZET
28, REEDEIREAO ustificationh k5N 5
- ERARONUT-VIVIIARENE TRESNEEEEBICANZLENHD
o B EE RO B E Tpossible risk T2 F R EIRH TERILERERTS
Specification « BAZOERBEZFEMBLLTHAVTWTE, R HRBOEKRTHIE @EHBREEED)
MEMTERINBIENHBILITERNDELRED
. YFHODIBTEEIER. SOPEETYTT—IL, EITTERLICLTHEKLENHS

HERE

MACI R

BFF  FARBOBER

HFAT) AFEOZBIZL DAY b, EMFE~OeT ) 7

34. LFDABEE~OLT v/ THLNIER
AKEETIIARFRORMESLEZ RS TOERINEDIEN, & FDA OFEEIIHT 57
Uo7 aATo0z, BN TRBEDEALR— T THBA AR T 5 MSC -acE+ % 2 >O'ER
\ZM %, real world data/real world evidence DI L, K OKENRERIZI T D cGMP YEHL
IZOWTHEMEIT -7, BRINE L OEMZENSG LN A MIFK S TIZRE LT, 7
B, UTICR#ET 2HERIT, e 7V I REFEADORRIZHESS D THY . FDA OKN
LAMEZRTHOTIERNZ LITHE I,
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# 37 JSLFDAEBEHEE~OE T U 7 CHELNT-EHR

- BERNE AV R

1,
1-1

MSCE DGR EH
[Ryoncil]

REEEDSSICRRLIEERBZD ?
Ryoncil P AGRINEE R LT, BRARRRBRICBVTE
EEBAREITRT ZENTERI LR HZ0N . HBW\E
BEEBORVAHEFEOTREH>LON?

[Alofisel]

* AlofiselD¥E . AROATREMERH DDA HE

THIEEZDZN?

« MSCE G FDAILEREINZHDICEELE R
n?

 FDAL DK PNIHEDEERE, ARV Y-NEHEL
B2EEN' BN ?

1-2

Ryoncil[dFDATERINEN, B EOIERRICEIT 2

38

(

Ryoncil]

* Ryoncil DEGFARRERIIFIEFICRVNEERBLAINTIIEA

H'. complete responseN'30%T2E LR 5N, HIRERLF
AR THol, BERFTARER S LTCEE O ERELT,
MSCERDELUN BN L, RUEERERICHLTH
FEINFEIL MBS IR THII LN ETENS
FRCEIZRADEE I potency assayDiE RN ERKICH
(12BN LIRRELTWEA T TH B, Potency assay&
BRARAE ROBREMEN BRI BREESNNEREH
BLEICEANNDST, EARINGHSREHEEZS

o 20225 LABE, ARV Y -3 RER R HERE T OFHED $HS

(

EEZTWEA, SBRA (summary basis of regulatory
approval) ZR2RY, BBARRBREEITHNTOEN, ARV
H-F. &Ypotencyx RAELEFLLWP Y AR EBELZIL
TERINLEEZLND

Alofisel]
AlofisellZBILTIE. —DDERAREBROFE RN RIF THo:A,
BNTEMmINERKRHBRCIRIFGEREBHETELD
[V RSV Y (Vs

* Ryoncil FFDATERSIN R OMSCE RN, CAR-TH

D& LS HEROU RN E T TRRINDEEZBNET
[F70N

+ Mesoblast#t [FFDA¢ £KIZ1ZF -y avEE>T,

HERBFREL TN FEISHL

* NIHIEMSCIZIRELTWSH MSCKYUEIPSCICAFICE L%

FoTW\anEansaly
FENELCEBRICEONSAITEEE BT BB ENBNLSIC,
FROBAITEEEF/IZCRER

+ FDAOMSCIVY =Y T ATIEEHD R —BEDMSCHEE

HROREMERVIEIIRT 1T A, TOTA-LEDQHRMT
bt -0 DENIEBICKRENL



%37 TFDAFEE~OLT U I THELN-IER Fx)

2. MSCRGEKRUZOTIVNYIEHICHIZ5HEIEES
2-1 | MSCE GO TILNY JFHE

* iPSC. V1IVA, MSCE, g NEEIE I Z IK(CHT

3h, —REme LT BICMSCELR R UMSCEL RNt
WINVIDIARICB T ZRIFE MM T, EDKSHIE

BAEFESNBNEN ?

- FHEEB ELIMSCOMAaAEZSTMI 201/ 917

FOHR BMHEEICHETSLEILNSMIED

subpopulationDBREDHE . RRIENHILEDN

BN EIfAEEMELIS 2D ?

2-2 | * MSCOENRVIDERICONT, ERINERIY M
AWEW, —#&EREL T, BRMSCRLR TRAEHA

ZW\EHmEgE1 (senescence) LTLESEHIC. &

RERLLTREOMIBENRDONZHER, A

MEERLDDTONAT-TINYIORF-POY M
HRLBNSEBEES R EN kSN, EBVAIN S
B3EBONG, ZO1H. MSCOEINYTELT, FF
g NERERZIK(CDEZN BT R

HOFHENEELEZS5NS,

« OBAEOTIVNYIDORIEICETBEEHEFHETE.
EOLSBIEBNFHESNENED ? INDPAER

BRSEREINZ ROV TTERERAVEL,

=
E={0)

39

- RMSCRRDHIIVA (F5TF) &5E(LTENETH

%

- FDARRBINYZ(CR$HZEDE, ZOMBANY TN EEE R

METREEHRICES
*+ Mesoblastft DL IICINY I EIE A UIRIESEBHIC
ERTHIL. PBOEHICRELTHATZHHSH
%)
INDERBEDOMSCO TNV INEEINDHE, BE)CEE
LREURBRETIUNCZLDBERERINBEVNEE R
%)
iPSCAHEDMSCE ZDIFE. V- OV SHF LW ATt
WYY EREEET BB (CIEcomparability s BE
adventitious agentsii R EE KT N ENHZ, F—0D
BHEAEOMIBEHAVIHARZNEEEHLTEOTEEN
A BHE T 2MBZ PR TEZREN DD, SblCrelease
criteria®EAMEDEERR. K U'proof of concepth'i#aEd 2
ZEERTIn vitro RUEBMRBROT - BB N B ETHD

« FI-PEEENZIEE. REERITORBLREDEE

ERYILEAHIBLENHD
BEMREECEEGRIY M TH2, REIRMHEFERT
53%E. WICEEREENCEMIIES

s TNV BEOFHEEIEL LTS, growth characteristic,

J1)91TOBRE, CDASEOV-N-HFORROBRIE
nH3

+ Characterization test& FEIENZ5RERICK ST, fEEDE SR

CRIRDEENZ HHINEINERHERTZLERERTHZ, &
OBA. BERHABRETCAHAWY Y Tl Zretention samplet
LTELTBLIENEETHS
MSCEGZBR T2 L TORMBO— DM, FF-0EEEY
WCERVRICHZ, BVWEBHO RS- ORI MR TE
($52EN'H 2, FRUFF-HEOMAATEED A&IK
BLESOTHSENREZIEN DD, 76 ZHRONF-
ET7AM. BIEONEAIEECREES TSN -2RIRTZ
N BETHD
BEEEIZZEHICIRBO - T EMSCR S & F 8
ER- Vb Yo

« BISEEPEIS T AMOAILIS LTI —IIROZHFIEEEEY

BILEEXLGNS

« IPSCHROMFTH>TE, BEOIRMEZF AL HIDIRHESF

MIATIE. Z0BENE1KELED
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%37 TFDAFEE~OET U I THELN-IER Fx)

- BREAS XV

3. Real world data/real world evidence®;& R

« RWDZRWEEITEITIHAIC IV M-V ELDES(C

BINEN?

4. cGMPZHL

41 .

ShEE RECEBEYRLAIOGMPARERLH, 5%
5 FEERICDVW TN T -3y an TOWRLVER TEL
won ?
HAIWLETELARIDGMPDER TE B3R THN
(. FDAERBXLELRKEENEBINER VDN ?
HAFVATEEELE BN EICELTNS,

- COREDHER THNEEMEBLITLERINED ?

4-2

4-3

4-4

- ERTIVEER (Ph3) LUBEENUT-FENT-EAGMP

HEWMER CRRAUREEETINENHDEERFHLT
WA EREICARZ(E AR ?

* Ph1, PR2IEERDEREZ(TBIL3HBDN ?

EREZ(IBDIEPAI (pre-approval inspection) &
LTBLAEEERICZIIRILICRY, Ph3ELEDRTICE
REZIBIEFENEIBRL TS, PAIOBRICIETIY
IZTUITNYF, Ph3ty T ELED RS, TOTAN
UF=3yPRY 153V DR FENGMPOEE LK
RTHEREZT2,
NNYFEHDERNEZEPh3FEFTELPh RUPh2DEL
BEYYTNEREINZON., £LEGMPTHTHIERHS
nw ?

o ZOEIDOVTESICHRBI A1V ABHNIEHETS

BRWELRELWH, BERFEONAADIIALRIUEK
WCR3h ?

« BRAREERICEIZRWDDIERICEY 2 E RIS B RSN

w3

« RWDZAWEREREITIHE(CIE. IV MO-IL BB

BHROT-IN-2%18 2R ENHB

o TIFNTIARBRP-F VY VRO CERWDHMED

n3=EHIN'H2

« MSCERORFICELNTRWDDERESIEHEXY B LD

7L

+ FDARREEAREERICBIIZAIOF BICIBEBIYEE RS, IT

[ZRTAR-N-EAFEEN TS

o IVNL-9-[CBEFOERRT -9 &ERT 3L EINETET

hntuLg

« IVINT-LOBOIVNL-IDT-T4IE P, RWDZEEST:

BEHRAT(C. AlEA\ =Bayesian i &R TE 2N ESH
EhhsR, BRI BFDANE L% B DI TEVEESH
=10

+ USTIFPh1 " CGMPDregulatory requirementsZiifz g

BERBVWD, EEBHEBLITLENHRENSAIT VA
&3

EARHPCPhITIITZLBCGMPEADKHERIRN, REY
AT LERBR, BRESETEBZUANIIGELTWB R ERHS

« BB LEBGMPTHEIHENHBLRMEINTUNSH, Ph2&T

[FFZH) EDGMPTIZAL, Ph2LIBET(E. GMP Z3E5F 3%
BENHS

o ERSIVEHERLBE, SREREE (SR HAICGMPICEEML T HERL

TRESNEINEESRWN, DEY. GMPICERLIHERT
HdILE WRIERTZINTOTYEAHERICAYT-H
INTLWETNEESEL

- BUSEROGMPESIECEGAONT-Y3V(ER] 4 (LEX

2RENHD

+ Compendialll&FNTWEWIARTOTvEAF. ICH QD

BFRICRESTIRIES BREDNHY, Ph3TEIET ZLENHD,
INEONYT -V 3V BEGRERFEO—EBL R BT, BAIICK
EHTHBRBEDNHD

o fbDE - Huik e FRBY, RETIIERAELTPAIXTIIFDA
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UFOMYYICRBEYRER (HEREBEOH)
> M + GMP
> JEERER + ERFR + GLP + GCP
» J7-NIEITYR
> B+ FieE
> SGER
> 1EIROBHAME
> BERE

[BREEOUIIAMSR]
« H35E  [Application form to request Simultaneous National Scientific Advice (SNSA) or a pre-CTA Advice]
- BHOER
- BHAFEHECHTIMNE (EXEDISHOMHELHREA, ATMP E0RETOTA%E)
[FHEEORAE ]
- BEROFERYZL
- UTORBEECHN-LY-
> SNSA EROBERELHASLUZORI
> SNSA ERAEEED, SHEFELGETRORBCEBELTNSSE. ZNEBRITZIL
> EERNSORRELEHBLRFT2HE. TNERRIEIL
« UTFORBEEETU-J4VJFFaxV b
> EERCEIINFNERER
> BROBE EOAT-F
> FHESN TV BERFRER
> EERORFEERRE (B BREME. Phi- 1l &)
> 9=y MEIGEE/ B EEE
- UTORNBOHEER (FIATEERSE)
> BRIER
> RREMEZ (IB)
> BEIIHRGTEIFLIEHREENER
> B3EY2 IMPD BE
> XEER (B% k)
> 10 NCA. EMA, FDA. ETF. ITF, CTCG BENOZEEHELIEREHONENBHEOANR
> CHMP/CVMP A4 F31 VL3R A3, BETZHRI1Y (BRAMRI1VEED)

HAT) EMA [Requesting scientific advice or protocol assistance from EMA, European Medicines

Agency guidance to support the preparation of PRIME meetings, Guidance on Parallel EMA/HTA

body (HTAb) Scientific Advice for the Interim Period, Innovation Task Force (ITF) briefing meeting

request form, Pre-authorisation guidance]
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# 4-8 EMA OFRFER OGS, diot, Mk, 2

LEEPEFEIOEA 1 BLIEE  ERE S| LERYEE: G #H
EMACD, e scientific » €53,600~
Scientific || advice 004 MAALR Bl DA 53 58 5 B B €107,300
advice Working FFR AR O s
Party SAWP) | | RIS platform& LT i
i i =i (N LEET (L
PRIME Committee ||~ =xemn = EiRIS Zoacy || PRIMERIEQ =SR] HTHHR
meetings | for guide for applicants o FLUPRIMEFIEERHOBEDS(IVY || TEWR
MAG Medicinal (https://www.ema.europ W
EMA®D HpAcp ) | Froducts || aeu/en/documents/reg MAAIR IO MBI BIS S c A %O | Scientific
ey R (g'HM“Fj;‘a” o delneiis, e BAIRM | R LR ABSNERNOBORME (F1E || advice
: > applicants_en.pdf&¥% ot RILEER
EMA@) ) N
ITF briefing ITF 907 ﬁfao"w
Meeti (Innovation gﬁﬁﬁi‘;\f" FHADBAFER R fig S
Seuing Task Force) 3av)
“ASre- EMA Service Desk® | ~ i
submission  CHMP P @ECO || MAATREEORK R AR 2 e
i i /! EENE)
interactions D)
MA®
EUEE £ E R (rmEe | EREREII-Z12 BCSESERAR | sEiEE
LRF/ED SNSA El5) snsa@fagg-afmps.be || BRTETL L. ARBID SARE OV ERBE TR Eps -t
EEE e (NCA) B ke ERIZ AL

HAT) EMA [Fees payable to the European Medicines Agency, Scientific advice and protocol

assistance, PRIME: priority medicines, Supporting innovation, Pre-authorisation guidance, EU

Innovation Network (EU-IN), Parallel joint scientific consultation with regulators and health

technology assessment bodies |

. IRIS guide for applicants

RKEBORM

# 49 EMA OMHHBREBDA Y 2 —)b

AT - WA RESN VST 4

Uyo5%

EMAD
Scientific
advice

[European Medicines Agency Guidance for
Applicants]

https://www.ema.europa.eu/en/documents/regulatory-procedural-

guideline/european-medicines-agency-guidance-applicants-seeking-
scientific-advice-and-protocol-assistance en.pdf, P18

EMA®D

ERES S HERE G

EMAG——

ITF briefing

submission
interactions

[Guidance on Parallel EMA/HTA body (HTAb)
Scientific Advice for the Interim Period]

https://www.ema.europa.eu/en/documents/regulatory-procedural-

guideline/guidance-parallel-emahta-body-htab-scientific-advice-
interim-period _en.pdf, P14-17

. Scientific Advice

. HTA & OIL[EFBE i

. SNSA

TEXPECTED TIMELINE* SNSAJ

https://www.ema.europa.eu/en/documents/other/snsa-procedural-
flowchart en.pdf

HiFT) EMA 2B #
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4.3. FDA/EMA 3£[A]

4.3.1. FEHrTRERMRRERS

FDA, EMA [ZRDR OGRS DIENT, HLFRIOMHREE & LT Parallel Scientific Advice
(PSA) Z#RAEL TS (£ 4-10), PSA X, EDOBFEEMICH W THMHRETH D,

7 4-10 FDA, EMA KR OFHFEZER Td 5 Parallel Scientific Advice (PSA)
KRR

ISR FEERPRELER Ph1 Ph2 Ph3 =
FDA-EMA

FDAEMASE Parallel Scientific Advice (PSA)

DHEE

HFT) EMA TGENERAL PRINCIPLES EMA-FDA PARALLEL SCIENTIFIC ADVICE (HUMAN
MEDICINAL PRODUCTS)|. ARM, NIIMBL [Project A-Cell to Bring Quality by Design Principles to
Cell-Based Therapy Manufacturing |

PSA DHA KT A4 Tlik, PSADIEMMR#E L TWAHE LTOBBEATA K74 M F
E L2 WEIEIZ AT TR SN TV A EEREHN, @FDA & EMA O A K74 V)
KREL BB LGE. OMKRMZEME, FEEREERER, S EoOBENIEE C©, "
OMEREWIT D ATREMNH D31 42 2 T =X OO N E T TWD, £z,
T, HFEICRERERbEEH SN TN D

2 4-11 PSA THEFTREIRNE & HEE I VLB W

LERESEIOEA N LER GNP HREECHERIER
FDA-EMA——
HARS1V T, PSAOERAEL T
515' ELTUTFARHIN TS, LUTE&AEPSAUIIANE,
BRAMRSI N EELENERS EMA : emainternational@ema.europa.eu
ECRTTHEIN TV EERE FDA : US-FDAEUR@fda.hhs.gov
FDA EMA Para"el %5‘1 o . l:lﬁ{#j%%‘;ﬁ%éo
HED Scientific © EMALFDADAMRIIYNAREE || 1. BRPORRE o X
o Ml Advice B354 2. EMABLUFDADHiE & DEMNEBERKICEDLSCHETHIN
HERE [N - BRI, BNBHRR. F | 3. BRASLELEANLER
138 FOEENEET, 2R 4. REOENLEREZ
BROEREEYITZAMEENHZN || 5. HRICEAETZLER CREEICEI(EEREBREST) 08
AAVIS-PZDMOR SR TR E RS [T R 9 2 BATRAVAGER

HFT) EMA TGENERAL PRINCIPLES EMA-FDA PARALLEL SCIENTIFIC ADVICE (HUMAN
MEDICINAL PRODUCTS)|. ARM, NIIMBL [Project A-Cell to Bring Quality by Design Principles to
Cell-Based Therapy Manufacturing |

4.3.2. MHREBIIVNERFHREXSE
FHIREB ZFIHT DBRICME L R A TR SR ¥ 2 — L OFEMIIEER 4-12 2R &
AW
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3% 4-12 PSA OFMHAKE, =G, R, FEEREE, BH., AT a—

THHXEBORIT BELER iRk S LEESEE] =92
FDA : $%E
ENTLHEL
FoAEMA [ e e Lp—— EMA :
PACP  Scentific | cpmme | cuopae oty IEARFHEHAO || Scientific
Ly Advice 7 FDA : S advaica
EEE 28 ETWEL) || s i
o FDAEUR@fda hhsgov (€53,600
€107,300)

ArJa-)b

EMA®D
Scientific
advice®
Ara=
)b (708
)
E{ES
FDA®D
Type B
e 7
DRT
Ja-J
R

HFT) EMA TGENERAL PRINCIPLES EMA-FDA PARALLEL SCIENTIFIC ADVICE (HUMAN
MEDICINAL PRODUCTS)|. ARM, NIIMBL [Project A-Cell to Bring Quality by Design Principles to

4.4. MHRA
4.4.1. FEHEFTEERMERERS

MHRA % Scientific advice % 3 DOMHRER AL L TH Y | W OMHBREEZ &£
DERBEPFEHCB W CHRAFRETH D, £72 3 DOMHFKEHD 9 H 2 2lX MHRA DA THE
S TWDHA, Y 1 2% MHRA & National Institute for Health and Clinical
Excellence (NICE) NARTI—7 4 7 &EiL TW\b,
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CTAREH MAA#R tH
v v

SRR JEBRERIRR Ph1 Ph2 Ph3 §§
MHRAD ‘;

Scientific advice

MHRA®

NICELDERIZ-T1VJ

MHRAG)

Innovation office S—F1Y%

4-4 BAFEAT—VZ L O MHRA ORKEL &
HAT) ARM, NIIMBL [Project A-Cell to Bring Quality by Design Principles to Cell-Based Therapy

Manufacturing |

ZNEN OIS CIIMRATRERNAENBE S TR Y, BRI 4-13 D@
DTHD,

# 4-13 MHRA OFHFEERS CHIRTHRER N
EEE S ANE AN R EILAANAE
MHRAQD

T O&SGRZREEIC DOV THEZ AT B,

- RECETIIE (EEROLEEIATIEHOLERN, EEIZN., £PFHRER)
o SEERARMEIE (ERROREMUEIATIEHOEEFNEIVERBRZNHER)
Scientific o EREREVBAIE (IVRRAY L, RERHAR, HREM. LB BOREIRGY)

advice - EERR2ERFBESIUERERRSUARBRIONI

s EEILAEHEE

» EERLEONKFBE

s ERRFELIEGBEOINVELIORIXEZOEE

MHRA®
EMAYNICE (35EE 3z EBEAMTHEERE) (LT U TORBEEA TR, (BRICHTIEZEG
B4 ICPERENB)
o IRHICEIE LRI T
NICEE D o NVATY)0Y-5FHi
&E o ERPREERERE
544 o EFREMER (Pharmacovigilance)
. L&
o SNUVIIRAXEEE
o KRBBE
MHRA®
Innovation | | BEOSHIERCHET 2LIBRA LR, BHIBRIMRECRRLATLEHIHHIETS
: LiEE7S
cfff'fe o o FRFEEFOLREM. MR ik TI0-F. SRRSO AEER LRI 3R TR
:‘T‘f/d NAR

HET) MHRA Medicines® get scientific advice from MHRA]. ARM, NIIMBL [Project A-Cell to
Bring Quality by Design Principles to Cell-Based Therapy Manufacturing |
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4.4.2. MHREBIIVLERFHRESE
BFIREH ZRHT DM BE LRI TR IR Vo — i, MHikESR T LI
EINTWD, FEMIEE 4-14 KLU 4-15 2B ENT-0,

# 4-14 MHRA OFFEEZ O HFFEIC L E G

LEEEZEI0EA IR BECHERIBR
MHRA®D
[UITIAMRH K]
L/L'Fd)l HEBALIZT, TA-LMEHTZRENH S,
TRERARIE
Scientific . -k&f(u%;ﬂﬂ?@%ﬁ
advice  BMFPFEOEHRATVIE (VRMM (ERFZOEMSLVURAIERIEM) LOLZ0HE. SNEF4%CH
BR)

- FLIZAEABLOBIENA
- RESNZEMOEERYIL
I-F4VIDI0EEHRIET]
UTORBERSARRRIET -1V ) BRERE TR ENH S,
- BIRNBERZR (BERIICRS 3B OIIBEWord 2 T s
. AECHEATZILEYT-VIVOBFIR
. RAEN (Z4TEED)
NICEF D « FANPY-TLYPOT-RI-06] (GRLPU-ILYOEEICET 2H0HE
= FITBRHICE, UTHEENZ TN 2,
=G i . i
-1 - BRICEETZIEER () BETaaBRIOMNIL)
. TNETICBHERIZHEEONS (MHRAZEIEETZERLRE)
- BEETBAMRITY

MHRAQ®

HET) MHRA Medicines: get scientific advice from MHRA |

% 4-15 MHRA OFHFEEZ O YA, @&, kR, 2

LEETEZEINER N BLHER =R iS5 GEEALSE #H
MHRAD i
£2,421~
Scientific g g £4,936
advice BR90% I:(ffrﬁgg
— )
zg\?iztelﬂc scientific.advice@mh || || MAAIRHBTO#I AR RERRE
MHRA® - ra.gov.uk Fh(FEEF DMAAZE 8 (D HEf ER B
NICEED (L8 L
MHRA®D PN ETIEHER ETIIHE
ENEETE S =Gr TEWR BTETW
LERTEES 5494 N g
MHRA®
inncvation Innovation %iﬁwf;'”? h
- ttps://info.mhra.gov.u = =1 N |
N oﬁflc‘e | office iy /fomﬁs /mnovaﬁonfmm_ 60-90%> EEOR RBIFER Fig e
L ) aspx) ZBELTHEE

HAT) MHRA Medicines: get scientific advice from MHRA |
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4.5. AEROHIEL DLE: - ER

FHAEERER S OBRRICIBN T, FEOBHIY /R & OMHRERIL. 80K E Tt 2%
MgiciEDd 5 ECEERERZ R, UL, BA, KE, BRI 2 Y ool
REAIIZENZNAELN D . HREBEOED KR 7ot 2B W THERNRRLS
s,

AARTIX, FAEERFSRLORMEMRE B L. &ML OWIRRAT & A&GRHIE 215 H
52 EHRAHRIC, BEIYSREOHERPEDONDLZ NI TH D, ZOHIEIZLY,
FRONTZIEFIE CTH > THRMNIAREZGDL 2 EDBRETH Y | ARZ BN T —4
IWEEEIT O Z RO LN TS, —F, KETIL, FDA & OfE#%IEL. Pre-IND meeting
&E%EDT\ﬁ%@%7:~f%%£ﬁ@@é:kﬁﬁ@%ﬂéo:@t@\H%%?
JEKBETOXA LTA NTEVBE L LR H D,

F4-16 FHAEBICEET A AME 2 A2 b

EN-BALEO | . LRLOBXEBICHVNTUL D-T-INEELAVRBRT AL CLURIGRRT 0 TIHA, EHEMLOHZT-TE185N 55
gnfz%u% BTACREL CRREBODYYVEHES STLNLE. Z0LT, BELEDYY BN RINE 5D OME LRI
B HINETHB,

o ARECETEBLTBNENERREICT BN EETHD, BHHBICHLTAZESTNELVD 2B RZOFBHTIENRE,
ZEZERNBONIIZ T AL EACEBEMERTLES, BATEBATE, FREFRT SROMBEBL AR
RNEETHY, Z0 LT, FIEPHFEDRVEEBINETHS,

« Svar-L (ABIRIY) ALonWLTWBIENFTIR RS, ZNZNOEE [CHLTHART-IEFH> TV ENEETH
Y, #wXE5 | ALTUEWEWRLEANDALXESF | LW R B TETA+5, FICTNATITRORYFr—TRZOEMHN RS
N3 BRCEAITET-IELATHS. 5IATEHBEICE. BEZ0T-5£5| AT 20N EHM-ECT 20 ENHZ, O-T-91
RRLTWSHBE. ZNIEFRR L RESNZAIEEMENH 3.

FDADMEZEEFSIC | « INTERACT meeting D EHE(C[ZEERI N5 3, Pre-INDD AN EHEE THBERMLTHY. Pre-INDTERINE LG AIC
REBER [$Type C meeting&ZFATNIEINEZEZ T,

+ EOP2XTIC+DBT-INBEINTNBIENEZLL, Pre-INDDEERETE, SHOFBEFBEEHEKGREEET S
EDRHBEND, DR TR R DEZERT IET, FDANSII—FN\YIEBRIENTES, ZORER. INDICEDI LN B
[272%, 7T-X1TII4FCpotency PR M DB AN ERINZA ROTI-RITETBRICRIANSNP T MRREEZI LN
BEREEZITNS,

+ INDDEXBETI3. efficacylBIT Bin vitroT -5 R EEESH THHKEED TWKBHENHZ, CMCOEBRSRNS(E, T-FD—B MY
BAUNKRDOND, RIKHIRIn vitroP Y EAEDBHBE T, EDKSITEERAL TOAE VI BB EFE DU N EE L, 12720,
Pre-INDDEEFE TI R TEIRRT 20IEERBOR N DB, BAFK EOKREL/N\-FIVCHZILIEET VWO T, NFYRERLEAS
EDHBHENHBERS,

* Type CI-T1VJBCMCOBR S THKLEEENH B, MIATIIVTELTUS WEEEOBRICEATHIEEZXS,

B z ! . . .
QUPETEEL | . cvATHERIORBEREEESN TSN, SMARORN LB TR SAINRNE WESEL,

BAROZE - BARTRBEHAREFIRELTUBRATEH, PAUNTpre-INDEEREZ TEEICTI-AEED TWKLENHY, AXKTES
1LSMINERSB,

HAD AFEEOEZRIZEL 22 A0 |
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5. KE. BERMDEMIIRERIEEIZBI§ 5RE

ARETIT FDA, KU EMA (28 5 EMLfetEml 2 i A U, 46124 5 o ALt
HEZMAT LAY v PEEEH L (£5-1), AU v ME, O@EN2EE, OFAED R
b, RO@LHROBELD 3 DTN TE 5, I TENENDRIEIZ B2 B A3
BTE D & DB FEAMUIEERI O = F 2 il L7, FEEMOFMARNE T &RE D%
F 4 5 O EAUARHES E OFEHAN A 2 B R E vy,

51 AHUHYS R OS2 LR il
#: SBOLEE F: FEORML 8§ é%ﬁ'm@%%

T S TS
SRMEERS Fast Track RMAT PRIME#IE
IBEHE
jzja: . « FDALOXE(CLBIZI1ZT-YavoiEm NP =MD
| F—HIE 0-UyJLPa-o& %HL BH#pI1a1=
Ay % - (EERHELTNGE EELEPWER
. (L EOXUYMIMNZ O
TEFNKRR HT0JS5LICET2EF L
N gy ai) - FDAD EBEREORAMREIIILAORS ’ iﬁ@i;@i <
(EZOAYYMIINZT)
. BHEARLARBROE
HOEHOOYH—
15 HREENEE
= THs O © O @
E BET-91%3 O © O
i Ay RS SAE o o
HHLTWS
BEEICNTS
FERYF-IH ® o
H3
TR ICEHA o
%3
=SWEERHS ©
XRECBF A o
#InHz
BEEESESR o
THd

BEEHOAS O: RAZHTRETRT A YARHLIARERE - KEZHTRL
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# 51 KB RO FIMLALERE (Fix)
FEORML § ' UBEROESS

&

P EENLEE F:

o[ eon

HER

FOEFABEERS

SmOiEEHE

E
FUETS

BhR & DA AT

fblEE (ARMRERSE
D20%%FiHIEpREEL L TE
E)

EEFBE. EERERE
RUWEHE (PMDA) RU
BESRELAE - R BR - R B R
k358 -BhE
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LT THS

EnrEREzEI3
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O
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« EYIBERRSBRICH T 2R
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- RARETHEN
X1 HREICEIZBEHD —FEUT CHBI LK BNEERORFHFFEIZEIC
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Orphan drug Orphan drug
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51 AR RORACIEERIE (i)
f SHOLEE #: REOSML 8 UREROEES

£
Ay k

HEFELHSERTHS O ax

BERICHIBITRIOT-IH
%5

PIAYRZ=ZICFELTVS
HENHHTEN
HHENSHD
FELAETEY

Y05 -RIYFRAY MR
&3

F SWHBSEYTSHS

DRGEPAIN-V3VDOBR
THEETHD

RELBIETVANHS )
BOEETHD A
RBEOBLEETHS

BBART -9 E EMCIRHTE
PEHKTHD
HERBARI1Y YRI5
YANEBENTVS
EEARRART - N BRIt
TERVEHENHS
REZHOAS O: 2 AEGTREFRA 4L 2ABGELSIREAIE - QABGETEN
1 [HREENSERTHIL ) [BVRETHIL), [ RBROBVEETHIILIOVWTNA LB EIEIEN

T

% W A

HiFT) FDA, EMA, PMDA AR

- Hi 24 7 0 A AR ER BE o 5 FTRE R RN LA R DK 5-1 i@ v T s HBFSE, IR
PREER, Phl, Ph2, Ph3, NUVKRFEED 5 DORFFRERE T > TEIE I TS, £<
DO FERBAEHERI L 13 IND/CTA $#2H1% 2> 5 BLA & O Marketing Authorization Application

(MAA) LDIRTIZHGEEN LI L 72573, FDA @ Orphan drug @7 IND/CTA H5ERIIC 5266
THULEND D RUIFEETRETH D,
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IND, C;A}Etﬁ BLA, M'AMEHi
SEHR BRI Ph1 Ph2 Ph3 §§
)
BT IND#RHH'SEOP2E T
F | RMAT INDIRHHD'SEOP2X T
P A
A Eé'a%ﬁ BLAYZ K FF
reveentu— MAAIRHD
|| mwEE
M EEfFE A
A BRSERER MAAR H B
kil Sts A
TTOEE MAAZR H B
drug MAAZZ &
5-1 A EMARERIE O RFERHIE & O
AT FDA, EMA /AR &
5.1. FDA

5.1.1. FHHIMRIFRIT TV B ERBIRERBE

FDA O FEM{bIEER] 1T, Fast Track Designation (FT). Breakthrough Therapy
Designation (BT). Regenerative Medicine Advanced Therapy Designation (RMAT) .
Priority Review Designation (f#55%4) . Accelerated Approval (F-H#74&F%) . Orphan drug
designation ® 6 DHFEL TV 5, FFEAHIEDO T2 A Y v M2 3 DI L (Dak
B2l @FEDRYL, @Y RFHROE:E). AU v b EOFETHBIE O EEMFOFE
A 5-2 |[ZFLHE L7,

FDA OFEMRRERIEICE LT, AFEEOEEN O TFTIEHS 1ML <. FERRHER
T MoA IZBHT B2+ 72 E@Aa ko bisd | X TRMAT 58I L U ZL#K72 meeting i E D
AREL 72 . CMC BECIERG IR ARBR DIRIAVMHFR N TE B2, BUEE T O a[FEMEN B
GRICARE SRS LV oGO TERNMEONZ, BAMIZIE, BLTO X 5 2a Ak
N7z,

«  RMAT ZFH L7=#8 & 5, EOP2 meeting 72 £ D Type B meeting (35454 5% b
HETHL, BEBIZES TlEZRvy, —FH T, RMAT f8E 2% T 561213,
comprehensive multidisciplinary meeting Z /i35 Z E N A[ETH Y | HALE T
JFEMEHZETE %D CMC BIEOFRAE Elid 5 Z LN AR CTh 5, FHESLH I DR A]
REMEA B WA IZIE, RMAT I3RRICH 2L B X T D,

«  RMAT f8E & T 72BRIZ, meeting Z X ET 5 £ 912 FDA O Ei& 42T 5, #H O
Type B meeting CIZFHFRMMEAZE< 28, RMAT TiZH L% E A RET. FERFRICEIHE T
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HIBIEVNEZ R TE D HDBRHE TH D, K2 EOP2 meeting AillZ FDA L 58k %
TOAEDLETEZLIRITEETHS,

o FT 3@mDRELUN AR ERD DN L < FERRHABRIZ I W TEREF

(MoA) (2B 2 072G RO 6D LML TV D,
ERLOED KERBDORERD & 2 FHMEN LU TO ZERMNE b,

o &M EE S 55 Orphan Drug Designation (%, %< O F ¥ —2EH LT
WD R L TV 5,

%52 FDA OFEAULICERIEDO R A Y » b FEEZEM

R EROLER F:EZORML & AREROELS

SER « FDALOZECL | » Fast Track®dN BTU)’;’AUDXUJ o BUSERSEAGRE | o HOY-PIVRR WY ERAR R
Xyh | BITATT-vAY | TORUYE HOEEHMO 1Y EF(SERER [T BH R
D& o BHEMBEHFE | . EHH%G LR e (BEEE PRETYRRIVE 3
« O-UYJLE1-0 FTOJS5LICE BOEHOLHO R0y A %6y ANOHEICEDE |« I-¥-TJ1-0%

BR0ES ERAE Lol vk Y-+ AlEmg) AR 3
o (EEEHLLTW HIX (BTl . ARBRARTE
35 R)BEER J1-A1H568 Q5 G E
CRHERR )
+ FDAD LIRER
HEORFERS
0735 L 0B &
BE - BELEREDR |- EELGEKREBEOR - EEGKEOR EELEEDE - EEGEEBEOR |- ABENRLEDS
Ei BN ENTHEZT BN ETHET BENENTHEZ %b‘ﬁ HITHBZ ENENTHEZ BEMKET2
< I & Id AAKGTHBZ
o BRIRZEEER | - BIFOREEZE BEERBSUS 7;’<u SN, BEFEOREEIC 4
RT-5IC&Y. & EEIZKIERH DERICEELT WROREIST WNIBEEELT | « FBVRECH
FHDTIAYIA EMENERT Waze IHRBEORE FNYF-IhE IEEFIORFES
FANIZ=RITHE MEAORRKT -5 | « WIHAOERKRT -5 HEREEEDN ETDIL JUKERTOR
WTEZETREMED NEETBIL &Y, BEOTY KIgICBESNS BRIk L) #5% HICHDBERN,
EiEsnTWSZL AYRATAAINZ~ AIREEA RS S EENCFAT BRFEICEBBTE
RITFHLTEZ A nTnaze 24905 -rIVk B F %% LR
BEMENREESNT WAV MR -Ydd
Wwaze HEEEEFREEE
RIVRHRAYMC
e BMBENE
HENTVWAZE

HFT) FDA [Expedited Programs for Regenerative Medicine Therapies for Serious Conditions,

Designating an Orphan Product: Drugs and Biological Products |

5.1.2. HIEONEDOHE

5 il £ DRI

TW5,

B TR X ROAR L —

FEAEIEER B3 A ENTo W,
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