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[ Abstract |

and is committed to promoting the rapid launch of innovative products to meet the needs of public health to the

The US FDA has responded quickly to the development of frontier pharmaceutical technologies,

greatest extent. By analyzing and summarizing the relevant policies, action plans, guidelines and implementation

procedures of the US FDA, this paper aims to provide reference for the scientific regulation for these classes of

products in China.
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TP AT EEAYHI 257730, G FDA IEAEfE Pk Rl
TEIZAT ], CM RS G 38 A0 i it i R 4R A3
ST AR R AR R R — R h, 78 CM T
RE b 7 it A I 18] RS T 36 9, PR b i 24 4
M AT LA A AR 7 A 7 e DL IR T oK, ax g
e 8 L) i £ 2R G AN S /IR ot 3 T AR B AT
817, @ Al (additive manufacturing, & 8% fii
FX 3D TEL, H 3DP) « REAZ 18 o 52 73 2 A1 BEI 4
7 3D BRI SR A, sk LTk ] T T A
BEJ7 ™, 3DP A LABIE A E R 1 BT B,
AW T ARIE BRI A A, R 3DP Y[ {4
2577 i AT R A R R REA% LA R T P A
PERLIT 3 A . RN IE AR 5 4L 4 TR /Y 3DP 4
WA LS AR B IR T g A AT LA 7
WA A N R BT iR L2y, 3DP T
ZOARIRE S VS M 52 A A e ot 1 BR Y7 7 ol 7
TEER AT B A S O T RE
1.2 SEHEETX

WAESE [ FDA 25934 5 0F 5 h 0 (CDER )
2§ R I 2 (OPQ) 2021 4E EEH Y OPQ IF
TE85 J15d i 3 AR S A ST S RS B
12,1 Hr2X%E R IR (emerging technology program,
ETP) O 1 f@ g il i A= 7 s SR A i T, CDER
F 2013 4F Ji 8 7 2% £ R HBA (ETT) Wy g rt) |
2014 4FJiE, CDER #il5E T ETP, i 254l AR F T LAE
AP 32224 TR 2 HT S5 36 [ FDA B3, L)
VT L S ) B AR T R A R e Y 5 AR R e A T
A, SR ) 0 EE T B Lo s R 0 A
PHIER B HI 2GR0 A C 42 52 ik g BT 2
5izitdl, ETP AU CM, 3806 55 JC i AR B
PeAb il i A N TR R/ BLAR 2= 2 RV e ) i 45
HABAT, S 7Tl A I BT K k20
B ZE B AR R 44, CDER IE 78 R Hopr %4 AR5 H
BN G FFB B B R AR AR« Bl HE 1 B b o
B AR T, 2021 4R St — 2D s BLA i
FEFNZ5H)  CDER ¥ ETP JF4% = ETP 2.0, %154
5 13 LSl Bl R BRI RS R Ll
M 25 8 BRI H FeRe el TR A
B SR LS R

15 ETP Bl & 706 73 3 S P BR AR AT 46 1
o ATV AR £ W HR AT ER R X B 2 B R A B L
FRLE ;55 2 28, B 4 BOR B BANBE 5 f 5475 1,
W il MR 5 58 R TT R S A G Y FOR
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A TR L 55 3 20 R BARE AN BRI A B 2%
R, M AR UE 0 B i DA AR S VP PR S 5
b, B2 T 3 AN pkb . @ 6 [E FDA BEHE 4R
TR AE TR 2R, T A7 MoK 2 52 L2l Y A O
HIiE . Q@ ABESHZ ARAH AR IR EAT LB
B, @ BENELEARSL (b 7 251 3 A5 2%
1£58) (PDUFA) Hs H R RS d o 2 g, H
Hii ETP 2.0 B BB, SSHE FDA BRI iR,
AR CM N AR & ETP S5 WL B 2, (Hi%
TR B 22 8 TR B TR R

1.2.2 el Al A HEAL TR (framework for reg-
ulatory advanced manufacturing evaluation, FRAME)
CDER #il7E 1" FRAME 11, LSRR R F AR AR 4
ekl B AR . FRAME T8 192 OPQ ¥ ih
KR TR =T 58 B (NASEM ) |, #5 Bl
WA il 25 4l X T AR 5~ 10 AF Stk il 3 H AR (1 4%
A — R 23 0 T AT AR SRR
A GO T 24 i T R AOR S SR AR T IR DG A At
B 1 26 [ FDA SRk AT REEENCAY B AR H i, ix 26
FORALAE - Iy 3 9 i 2 ) 3, —Fh R Ik 24 ] 511
AR e s A ORI AL A U 5 RO Y
¥%7% 25 b5 ( pharmacy on demand) (5] sl AT
BRESR ST L, 2021 AF A L PR
¥ H0> ( Center for Biologics Evaluation and Research ,
CBER) il CDER I3 WSz T P & 24 it A1 A= 9y 1l 24
ety LAtk — 20 52 (5 FDA 5 FRAME #1256
R S AR FBCR AR 32 ) 688 FH 2P 32 ) 36 15 AR 18 25 it
THRYFPE S FE AR —F6 4>, CDER 1% 38 aof
BB SCF I 23ISR A1 25 AH G A8 L, il 1778k
EITAHOCHE FE , 3Rl B [ PR e

1.2.3  Ji e HAUAE (quality management maturi-
ty, QMM) 3F4% 2022 44 1 5 H,0PQ KA T
CQMM FIEZH) ™K QMM Filf i S < 24 it i s 7
A ATEE AR A Y 55 U R LA SE BB B H bR T
PEFERPE T IR B RRAE” . F B AR ™ i o
e BENEE SRR | 25 RS B BUIR S48 58
[l FDA 571541 0CH 23 QMM 33, 7 B2 3k
&L S OCE 25, R 3R B 2P B A
T TARLH A W, VF 22 24 it Jo ok A8 AR A it R U2 de
Z UG , AR E S R R R AT R A R
(cGMP) B&fil [, Ho4 %5 5 T & U it Jot i A8 BRAA
Y371, HIL, CDER 4& i QMM P4 & 48, 15 8l
WA 24 i i) 3 R O P S BT OR A P, TR =
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FA0 i 5 R i T S A R AR, QMM
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il F4 P RE RIS S, 8 o 8 3 X 24 ] R AR PR Y
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EHE FDA Fom , B XFEMIFR R E LIEER, T
Yys B 2500 QMM 14345 8 19 7= i, E R
WP sk rh i QMM 3 25 0 2 8l 1< 100 0 1 2 ek
i AR SSTE R PR 25 R BT T g el 4
1.3 =[E FDA %%/ LHEHMEXH ARISE

K[ FDA 5HI25 kARSI T — R ek
il 38 B ARFAOCH A TG B, 1) W S et FH Se i il i 4
AR 7= it JIT i A R AR 2ok LR 1,

R 1 L FDA 258 Joit il AHSCEOARSE H

o " KA TS it s ] e
75 L B ) AL/ T A
1 Q13 Ak 2 0 31 390 A9 7 22 il ( Q13 2023/3/1 EHA ICH RS A EERE -, B T CM AOHES:, 353R T &1 % JER}

Continuous Manufacturing of Drug Sub-
stances and Drug Products: Guidance for

Industry)

2 A7l 48 B - ¥ 44 25 3)) 2% ( Population Phar-

macokinetics: Guidance for Industry)

2022/2/3

3 FEF A2 M - T O
JIR 25 G K A e A T R ] 04 A= P
ZHi (The Use of Physiologically Based

Pharmacokinetic Analyses-Biopharmaceu-

2020/9/29

tics Applications for Oral Drug Product
Development , Manufacturing Changes, and

Controls)

4 A v R 58 AL 7 R R R

( Quality Considerations for Continuous

2019/6/10

Manufacturing; Draft Guidance for industry)

5 ATL A6 56T A BN 24 5y 2 03 Hr-Hs U
N %% ( Physiologically Based Pharmacoki-

2018/9/4

netic Analyses Format and Content Guid-

ance for Industry)

6 AT A0 4 B - 4 R R b T T
4% R % [ ( Technical Considerations for
Additive Manufactured Medical Devices:

2017/12/5

Guidance for Industry and Food and Drug
Administration Staff)
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BRI il e g A 7 S BT A ) i R B A, Heanis A sl b
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s NARZG 3y 22 50 H 15 S AW ABR 28 19 75 1, DA RO i 5 3 56 [
FDA B2 ghA i it B AR N 25 %

R R BEAE T X TR I R BT (IND) 725 BTl i (NDA) |
Pl 24 L7 i (ANDA) kb 58 A5 SR TE T & 314l AT ik
TABEZF 2 (PBPK) AY— ek @, M T IR 2G5 O A
PR BRI

ZAEF L T CDER 36 T/ 43 7 [ 44 11 R o) 370 2 4 A 7 1) I i %
S AU S PR R A T A B AS S, T AURIA T R T
P, BR T SEE FDA HATXHIE CM LIRS 51 Bhigpe it
S St e 308 1) P VS A I L, 3] A A5 FH BT Y CML B R PT B 23 5% i 55
[E FDA BAR B 7= & B 38 BT T A4 s 1) LA B M vk D) 38 2 B0 77
iy CM T2

HASTIMEIR T H 0 10 S5 [ FDA 552 5 £ B 04 25 3l 2 20 07 10 4
TR NG, R R AN LT IND, NDA 1 ANDA, iy T R 1IE
R —E B, 96 E FDA B PBPK J3 47 R 45 o 41 45 AT
BN BRI I SR SHE R 6 R AR E AW
PBPK @A IR A9 J7 152 25 58 IR 38 RS R R, thoR 5 B
2% PBPK 44T 9% i

MR 3DP T A A B AR % 18, LR A & &2 /20—~ 3DP 41145k
3DP BRI BEATIAR MR AT A I, %A KE Iy b 2
ST BT AR 6 25 R (5 V ROy ) R A I R (5 VI
43) , A HH 3DP (& SR B AR % i, iR R A E T
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g% 1

n . S I A
75 R ) AL/ PRI~

7 AR A TEA R AT 2017/9/29  TEANMRSETRIEE 34 S B AR I A2 i 1 Az i) ( CMC) 1R B

B AR B A (Advancement of Emer- T2k a2 5 95 E FDA B4R, B %4 AR T H i

ging Technology Applications for Pharma- IND,NDA , ANDA =4 #3677 Hi& ( BLA) , 5 1 CDER # £ i

ceutical Innovation and Modernization SR SCAY 258 T30 (DMF) Hhish K g X3 R il 25 4k, [\

Guidance for Industry) A4 36 [ FDA A9 244 AR BTN 5 GBI A = A A = 55 I A

BEAEANE, FFREVE IGIEAG 4 R A it
8 BRER PO R F——WR S BT B A T 2003/5/5 29 IND,NDA, ANDA = BLA (¥ J5 5 L (L 25 W) 01 % (B4R 36 77 1 A4

Fws & N FH ( Exposure-Response Rela-
tionships-Study Design, Data Analysis, and
Regulatory Applications)

Pl i) Pl R - S i A7 L B L, TT LA (ICH B4 25 g i
R RO R E) PR, XS IR T . © SR ER- I BT
FAEMAE VSR PN, @ 2 8E- SR S8 B P (A5 B A AL
MEELIEFER, O FEE- AL AR P T RS M) AR
OIMTHRNE . (@ N5 BRER-ION G RIS REA B2 W TT A BT A B BL
® 2 ER- RIS As AR A

2 ZA¥FF & T E (drug development tools, DDTs)
2.1 DDT & X

DDT &35 {2 #F 25 ¥ T & 09 5 v 4 RHEU A it
FHT BT A& 26 [E FDA Mo 7 iy b a] | 52 et ek
BUAS TR g 7= i & 0 FT SE M R AR g v . DDT
AR B A YRR ST K ol ad 25 R0y (PD)
A bR SRR = R MR R T R R Y
RO BB TR i AR PROTFE Y w] F A, 2%
R ( replacement ) | Ji 7> ( reduction ) Fl 2 3 ( refine-
ment ) SIPSLES (UL K 3R) ., HHETEE FDA 1)
24 & T HIMIETT R CDER A= ¥1hr 4 245 |
I PR 25 2R 7 Al 55 4% | 7 245 BB B 5 FBR 5 12
(ISTAND ) izl s 340] i 5 AR It A vty (CDRH)
ARl RPPAG LY A
2.2 EEFDAHYARTIENKELRAE
221 SCHERSAETTRI (critical path initiative, CPI)
2004 4F, S [H FDA 42 CPL, Hop g A= Py e
W ZHORIEL oK 835 B ) 25 RO 7 ik i BT
CPI 1Y — > H SR TR B ek i A= W R S BORAE
B CHAs 25t it b 22 4 AR08
BE 27 it & B,
222 EWFREY FEAKIAE TR (biomarkers quali-
fication program, BQP) 2009 4F 3¢ [E FDA #1571
BQP , AT AE Wb S R A E B L 4 T
HWIBRE YR GE I A TR B SRR B e k4R
PRI E A AE WU BR AR W B 4 01, S0l 24 )
R PR A ARSI E . —BEY)
PRI INE , K AR H T4 R
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I SR 25 B 2 1 14), T o/ CDER 5057 i A
AR SRR R

22.3 24k T HEMINE R F (qualification
process for drug development tools, QPDDT) 2010
AR, LIE FDA %A CHiTaA Tl Al FDA B 25471 % T
HEHIAER PR R), IF T 2014 £ 1EK
i %36 R i CDER A= #bs R 9 A% A 2 1A%
HHfE

2015 4F,CDER #5717 QPDDT, i i % FE 7 6%
il B 0 S T AR AR E B9 BIET 25 W F & T fie ik
Wb S IR TR 45 R PEHY T H: ( biomarkers clinical
outcome assessments ) . 2] )15 I ( animal models ) 45
BB 2GH T K T HAE 259 F K v i 4 (4 ik
AT Rk TR EE S, EWAREY H 45 80N
1B TR B Y B 28 7 i T 1) A R A
1 QPDDT Hhfi B 2 (14 il o A= W s s ) A% DA
H, B2 7 it & VR A e b i A bR, 4
WREFF ARG FDA W PPl 5 RO E g G A% 1 A
WhsEY .

2016 4R 21 HEALIA AL 58) 18 B I SO HE S ~7
Frah MBI TE S, 78X B 1Y 73 5 7K - BHLAR 114
filt b, 3 — 25 HE S50 TR 12 W AR YT 7 i 7 B
Ko (CHRIBRES 25 5 Akt i 2: 38 ) (FD&C) i
55507 1 T R TR B IAE 4K, 2019 4F
12 H 0T & TR INEREFFIE B R 5E) 4
LT 5 HR R 24 KA
2.2.4 ISTAND I xiit&l  OF 7 S5 fe nl GE
2 TF R EHOR 216 FDA T 2020 4F 11 J 30
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HJa ol 7 ISTAND 501, F 1 2021 AR4k25iitc FRARGAE Ay i 25 AR IR R IR S0 PRAG R R 90 Ak
ZAtR, TR M ISR U A R & 2022486 H 14 H,EE FDA ARSI
Lkt , BESUT LR IA DDT B UG EE MR AR ) i, MR T 6 E FDA 421037
HMBEXT 25 TF KA #5109 DDT, LRI & AT IR R B kiRl 46 38 B FDA S0 B AR5 k1t
4YFF K7, ISTAND H 25 fh # iERL 2 Ih A% R A 7= i A i JARZE 18 B i R ik i B 5
(Office of Drug Evaluation Sciences, ODES) 405, ¥ e Z BREH (O NE e kR E MR .
JihFF &R AR DDTs, X 46 DDTs M4F 23S EME 20Tk, 2022 4F 12 7, EE S R Bt
TRRERMEEAR KB R, (B H AT A sl A 3¢ E FDA BRIk % 2.0 (FDA Moderniza-
S DDT B2 JF . i Jp# i d ISTAND 55 31 5 tion Act 2.0) , U FD&C X357 24 Fifis il 24 e A7 5h )
MRS P R A A SC i, — ELA S, DDT S el DL SEER SR I ER | B 78 A R JLAF B K 2> ol 4 51
AR B VB N FAHC I &, o, SR s 2% B0 7 2 N B 2 RE LI PR AT
S HEE) DDT — M5 AT B 29 A 8725 IND, NDA =% BLA SRR i/ 0 sh W Ao 1 5 05 A I R S 36 7 SO 4
W TASTT ZE5E [ FDA 5 % 18 Faf A s v MOSZES BEEOS A FICE R S R LR HA
[ il ad ISTAND B i), W FAE G A AESis AR mah i 5c s $e 4t T8 Bl
1) DDT FEAR VIR X AEA XS 59 K BAA T R A R Ge e N B TR 25 W Wt S vl
EAHALTH , 52 E FDA W AR T LISHIpEH  B—FmlgE, 2023 WHAF, 840 U 2 10k St 25 4L
T — RISV A TR L 28T AT, R BRI T R L 58 4, DA R FBT AR
TSR BB I S < A B 3 Sehdr R T A, OB s Rt s S O 4
B DDT 2% & il e e, Ui € [ FDA ZE25900F  ARIGER RIS A9 n] 00 44 | 77 1k 3€ [ FDA Wi %5 7=
Bz TR s D s 5 IRk, B B R R 7 2 36 S A TR
FDA #2068 WAL, LASCRE DDT it —2 & A e R S QN K (= 8
2.2.5 FEMREITR 2011 4, EEES DA 2.3 EE FDA £/ SHEMEXEARIES
FEBE (NIH) (3EE FDA 5 32 [ [ B &5 k58 113 )5 2 FDA 8 WA 0 5 By S8t , st il e — &R
(DARPA) B G-I H S50, 4 T BB R G711 FIEARIEr, Il B 2501 & T2 5ok 40
RI(MPS 1H81) , #2488 B 5 A (organs-on-chips, 00C) R HIZH AR K R E, A IS IOR IS % U
BRI IF & AR _E T2 R B2, 2022 4E 6 JE[E FDA 5] 25 M 56 & 3 [F i 19 £ A6 e LA I
A B MM RIBIER) KM E SR Mg W20 ICH 48/, Wk 2,

2 SHE FDA 23t A& T RMISCH ARG
KA R

A= B R S8/ H NS

1 ICH E14/S7B: QT/QTc [HJJH #E & K 2022/8/27 F8 PRI R 218 QT/QTe BFFEAS T 47 A SR 45 & 25 YR JE-QT/QTe (-
T8 B0 A AR I 1 I R AN 1 IR QT) WFFTEE AR A BEAL AL 4R TH AU R (R SMRIAL 8 (AR R FIA P
TR 48 S R U (ICH E14/S7B Q&A B YA AT REAE R XURS: DAl SEms (1 — 843, F TIPAIE & QT
document ; Clinical and Nonclinical E- 2GR H RS o $2 8 TR AR BT Y e i o, L 35 U 50
valuation of QT/QTec Interval Prolonga- i AR BB AT A, IR IE AR 25 W B0 HE R XU 1 R
tion and Proarrhythmic Potential ) WAL s Vel /DA 6 T SE B B e A2 AR A TR

2 ICH M10:E ¥4y B o7 i5 S E M SR B 2022/5/24 5 A5 2 WAk 2 0 2500 5 B 0 A 00 43 D 3k 1 6 TE R G AE B ST R
438 (ICH M10; Bioanalytical Method i AT e L FH B AL, A% A DL ) B ) [ b o, S 5K B U
Validation and Study Sample Analysis) HiIA

3 ICHSS(R3): A\NHZIWIAEM S A B R 2021/5/11 FURE T S 3 3R ARG B AG ) T 2 A W A SR SR F [ PR B

PRI [ ICH S5 (R3) : Detection of FEAEFTT SRR , T A i R R R 3l W R B 45 Y Ji A e o
Reproductive and Developmental Toxic- PEVPAL o $8f32 T LA A A 0 B AR I 14 1 B0, AN 3 45 2 1 A )
ity for Human Pharmaceuticals ] J5 1 (AT AE B B2 SR, LA B A5 3 A 5 v, AR

TIPM R 25 5 B R
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g2
Fs s R PE A

4 AT RIZEE FDA TAEAGZ5Y)  2020/11/24 5[ FDA 78 FD&C 4 T #1055 507 4, B DDTs (%Eks . 1Z46RET
T S TH BRI E WA 5 1 (Quali- T CDER Fl CBER H % 52t FD&C 545 507 15 A is % 18, i
fication Process for Drug Development & DDT HE R IAE bR LA S AE Wb as Wy F At DDTs 1943 28771
Tools Guidance for Industry and FDA iZ36 T AN B H T DDTs 1A R IESEFR fE s M REAR i , AW B d ik
Staff) CDRH %5 BT A3 BT % T EL(MDDTs ) f[] £

5 AL FETE BUMR 25 R B R A SR 2019/5/9 5 TE DBl H 0 DA R 2 W i A R [ BRI - LR E
FREEHETEAT L A 75 ( Oncology Pharma- (EFD) HYRZM ], IF 7 it b 2 B 457 11 3097 I i 27 10 4 8 i [] i 1t
ceuticals: Reproductive Toxicity Testing A, DU Sl % 8 o i R G SRR LA TR XU, AR e R
and Labeling Recommendations Guid- iR T K, RIS R s B S L 445 A 3R JE I
ance for Industry)

6 EEXIAT A M 36 [ FDA ADUAEMIRREY  2018/12/12  HE T TSR A U ik M e OTE SR HE 2R , B8 T A W hn ik HF K
AIE B A 28 45 R % 2 ( Biomarker T 4 L R A, AL 0 5 R LA SR R A TIE 14 TIE 4 2 2 A K
Qualification; Evidentiary Framework ; ¥,ﬁlﬁl@?ﬁ%éﬂﬂ%ﬁ%ﬁﬂﬁ*ﬁﬁiﬁ% IS ATEYE HEZE . X ANIE
Draft Guidance for Industry and FDA PEAEZR) V238 F T A W AR bR R W e 4% Wil iR A bR Ak W i
Staff) AU s E N S (COU)

7 ICH M7 (RL) : PEAG IR R 259 h 9 2018/3/1 T TR OB 25 R ) 700 0 PRAE S5 R LTI HE i L R T SOk 2 A o]
DNA S WP (B8 ) A 5t LA B il 7 FN(HCT5 , R, 4L B AR 255 ) AR S | 30 A I PR ME A2 S
TERYEOE KBS [ ICH M7 (R1) : Assess- AR E )5 SR B HE A RE UK K 52 B B 2 LA
ment and Control of DNA Reactive R R TR, B TER AL — AT T EOGR AR R I S 3
(Mutagenic) Impurities in Pharmaceu- FEPEAE S 0 AT AT PERE SR 7 58, T 48 1 4 o v 7 110 S0 AR, | RETE
ticals To Limit Potential Carcinogenic #MFE ICHQ3A(R2)/Q3B(R2) #l ICH M3(R2)

Risk |

8 ICH S10: 25 ¥t % 43T fr (ICH S10:  2015/3/1 B E SRR PRI 8 LT A 2 M DAl A [ PR AR I BERER
Photosafety Evaluation of Pharmaceuti- FOREMASG —, HANSEEEINE St 2EMm RN ZEL S
cals) ICH M3(R2) % 14 #5002 20 a &% 8 @S TH

PGPS (APLs) 35 BRI PR B Ik FH #1700 A1 3 F0 R 97 7 b

9 ICH E16: 25 8UEY I AT R ARG A 2011/8/1 WAL T A= A A AR DAIIE BB 5 1 SCAR | 28 1 R A% X 45 D T 17 2
YbricH) . T EAR B AS I SOAR 251 W
A% 2 (ICH E16; Biomarkers Related
to Drug or Biotechnology Product Devel-
opment; Context, Structure, and For-
mat of Qualification Submissions )

10 ICH E15: ZERARiCH) 23 K4l 2008/4/1 TR I 245 R 2 2 R 2 8t 7 2 o A R G W A5 R BEAR TR A E X
2)3g At B R A B30 R AR 2
4325 L(ICH E15; Definitions for
Genomic Biomarkers, Pharmacogenom-
ics, Pharmacogenetics, Genomic Data
and Sample Coding Categories )

11 ICH S3AFM B s S UUBENT . % 1995712719 BAERMR 2532 BOSCRB T, 38 S 3080 1 2 19X 80 B3t Sk i e 4k

PEBE ST P 42 B B 8% BV A (ICH
S3A ; Note for Guidance on Toxicokinet-
ics: The Assessment of Systemic Expo-

sure in Toxicity Studies)

B S ML A W T A R B e RN 1 5 A 8 1
it
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3 B4YEEZFEHTTIE (regenerative medicine ad-
vanced therapies, RMAT)
3.1 RMAT & X

FE T 2016 4F 12 H kA (21 tHhain @ s)
Hg t RMAT, A Az i £ B A8 58 3 2 b4 52 AR i
BIT BT ik ik 42, 38 5 RMAT A8 1Y BT 7
it , IT ATl P 3 6 B 40 B 00 %6 4 5 56 ] FDA 528
Uit ARAPIL S o A FOIN o AL, R 6% T PR TORS 157 i AR
AL, I 208 7 ity LT IR RMAT A E 5 23 2
IR 3 A4 W 2 — P A B 2y i, e
SCRANRT YR AT A ST R = S AR AT i A2
U i B I P 5™ i AR ART A5 7 i (A
SETIA IR 5515 ) 46 316 45 (PHSA 361) FICHEFRIEAL 21
) A 1271 55 (21CFR Part 1271) BUALSE BYER A1
@ ZYITEIRYT UL 30 B ™ R B e A A
BT ECIRIL . B W18 I I R IESE R W i 25 A
T IR PR BCAR DRS00 2 1 B oK

RMAT %A% A HHiE 205 IND = IND 9 4&
1E A 78 i [A] B 1) CBER N & BITRIT 7= A %
( Office of Therapeutic Products, OTP) P22, 003 %
PP RMAT B7E S5 25 ey ih B U006
FEARIE ; 25000 V8 00 i R LG 2 958 9 AR 06 2 1Y) B 7 7
SRESHI AL I R UESE
3.2 RMAT Famr) &R
3.2.1 RMAT B9%E5 RMAT P SR 4E T 2580ih
FPIRAE , X W R fif o 1) B2 97 A5 SR /Rt BTk, RMAT
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P A LUR AR O JRORHN M Y i i S 22 AN 5,
MELITEAL . @ % R HFRBER IR, nT AL IR
R R EBEEA R, @ R X F A, el
FAXT AL EAT HE A SC B B A7 ZE R BRI i, (@ 1 R
o B I RS AR R P 58l , DA A A 5k 2 4
P, PRI, 3 BR H AT 25 I & RS RMAT 7=
it I ARG v A7 Pk (3 PR AIG, FLAR AR — Bt
() A BB ™= it B A Bl Y, AR 2 R A 1R e
TGP,

3.2.2 RMAT Wil JmapEsk, Bk B2 S
1B K e, RAMT A JRYT ™ H B 18 77,
SRR AT T BRI TR RS W A B . CBER A
THE B A B2y vk A L EE O T B B A2 RMAT
FERARASVENT 2017 4F 2 H B A T A% ™ BB R
AR B2 2497 V6 I U L RR I ) , 25T RMAT 9
TR BTN F AR B AT AR 5 Ao TR, A AR
PR T A E R EYT AE  RMAT AE %8
A E RN o AR S gk A R X R E R
37 118 243 0 R A 9 ) 300 B4 o R SERR Y ) (2014 4F S
H) PO KT T S i R AR AN bR | ECR R
25 HUEHR ST ] L K 56 [ FDA [R] 42 I [|] 45, D 3%
3, o RMAT 5 5 Y7 A g 22 ] 9 G B X 5]
J& RMAT REOR I F R 2R 258 5 AT
A LAY SE BT PR I AR DG HORE . A SR8 7 it AR
RMAT DA -3 48 fin 3 w7 41k, D0 m] DAAR Sl i Je e s
AR,

£ 3 2E FDA Y S R i HERL R 0 gk

I AR B B R T S50 FDA & 1]
ORI T T FLAENG RSG5 EIR FDA I3 B IND ScsZ R B, ORI R 60 1
W PR R I ST R RIS T [RIET pre-BLA/pre-  FL I
T AR AT e RE NDA 21X
GUAEST TR LS AT, A A T A 3R B IND e 2 RS, IR 60 1
WNE M BRI R 25 IR FDA ST RN R (R F EOP2 21X 3 H
RETA G R XM AT SR MBI R T LA I 5
pE SRS HEAA R T k5 4 T
RMATIAE 2500 ARk Bl BT CER AR BT WA B0 S 90 1
T AT B A R AR R FT A
A, BB RIS R, sl
EZTHIAT IRU IR BT SR S 6 T R
O R T R
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5k 3
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VAL B TR B AR A I PR A S TR e
PR ELIE 2% 77 4 B G PK AP R sk e A e Gt SRR A TT R 4
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T R R s Is BRg a E At 5 7 7 HE A
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PAHAT TR EBR R A ST (5 10 A BORRMER BRI MG BLA/NDA s U 509 B BLA/
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5O il e, wr e S ueE

P IR S P4 60 d)

FEHIHE 60
HPTHW

LA VEEA R, SRR LRT R o LR R B2 B
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HhFEHIE BT A B AL e
7l O BT S IR R I
AT H TR FE

3.3 %[E FDA X/ EHERHEXEARIEE

AT AEFE RMAT 7= & O o & F BT gk /58
FE FDA 3T A B WA INF, KA T — RS H AR

Fa , RN A TR 4R S R DL SR X
GURRIBESE . BE T, B A T 17 T ARG,

W 4,

x4 SE[E FDA BRI PR TS

A TS it s ]
75 EEL B S T A
/4E/R/7H
1 IR 20 22 92 R B 4R F5 9 ( Pharmacogenomic  2023/3/16 [ I IR & 24 4y 5k [R) 4 24 F 5 435 SR FBCHE 06 041 % IND, NDA Fil

Data Submissions )

2 AL AU R R AT N 2 AR TE
FY IR PR 33X 46 v B BT 5Y ( Studying Multiple
Versions of a Cellular or Gene Therapy Product
in an Early Phase Clinical Trial: Guidance for
Industry)

3 APIER R A EAT R A R
VNGRS ( Voluntary Consensus Standards
Recognition Program for Regenerative Medicine

Therapies; Draft Guidance for Industry)

4 AL NI DR A g B NS PRR T R A
B4 5% (Human Gene Therapy Products Incor-

porating Human Genome Editing)

2022/11/4

2022/6/15

2022/3/15

BLA (0555 H AR AP 4545 25 DR 4 A4 o 7 40 4 P O 2R 7 XL
W6 (1 S [ i) 9 SR A 0 245 0 35 PR R 500 AR A =X
TEAIRRIF AU, B FEAR 0 24 1 T J 107 I 245 ) 2 8] 40 4 50905 114
A BRI

& T TE SR R LI AR AP AN I B R R YT T R &
ARRAR 1 B 0 SR I 22 S R 1 (400 25 TR 3R, o
ALFE LT H 2RI L IND 32 588 17 8 DL B3 5 R R U

(201 IEATIEZRY A5 3 B4 3036 F5AY IR, A48 T CBER Ay A=
P 2y PR AT R (SRP-RMT) |, 5 76 IR B RIIA AT [ R 3t
PUWRHE(VCS) , IR RMT 7= 5 i WE 48 T 00004 | g 3#F CBER M5
B RMT 7= 5 BT & FIEPAS . VCS S22 BE S5 7= 5 4% 7 1 i T
KRR I B — R T B, 3k VCS SR A W bR i Y
TR R M AR i SRS, A dE 2 A SRR A A A A
R ves T H iy B B FIIEAL ves B

A28 T T TR 2H i R i N2 TR i 1) M B L, e 3
) AT PR B A 18 2 4 JXU S, 0 A A 3L, 91 75 2 R AT 22
A 15 AR I IR 45 5 AH O™ it 22 PR A SR I IEA D T AL 4
BT I IR I PR T A PP R R B8 B 7 T
15 8
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bk 4
s s R WA
5 WAPURZK(CAR) T MG =Mk 2022/3/15 ST A SC CMC 25 B0 FIEE 12 LUK I RIS BE T J7 T 9 CAR-
% 1 ( Considerations for the Develop-ment of T AL T3 3R E) T 3E HF A el R CAR-T 40 e 7= & 1
Chimeric Antigen Receptor T-Cell Products) FEWL, B R CAR-T A= & 4B 77 i B AT PRI i
6 BN R (COVID-19) REAILT A 202171719 3RV AT LRI ANUFIEE VAT (CGT) 7= il () BI04 R 43t
F )V RT AR ST A A0 A A KR T BT R Fry AL LA oA R B2t i 20 3 752 S AR5 2 ( SARS-CoV-
A 2R 7 2% B AT 48 B (Manufacturing Con- 2) M AEAERE . AhFEIE R FDAC 2 ah FIAE ) it 2B 7 4l 1o
siderations for Licensed and Investigational Cel- 13 T, COVID-19 J&R ) B AR 7= M v 2 ) o ) 2 S A2
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Industry) e QL UB R AR VORI i 2 N )
7 ABIEPRASTITS IND ) CMC fHEL(CMC In- 202071728 STEARRHINE R R B AY CMC 5 8, LAl (R BT 5™ i 19 % 42
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HEY e A A M ANREE RGP A AR R L
TE5% B FDA 38 FIEOR 3 (CTD) F5 B IS5 #4
8 ARIEIOLZ LM B AL RIS AR 202071728 EEZREEH ARYE 21CFR316.3(b) (14) (i) 43K, [ FDA X% “4
(Interpreting Sameness of Gene Therapy Prod- [FIPE™ B R 425 SRR RA T 7 i 1Y 200 T A MR AE . %98
ucts Under the Orphan Drug Regulations) MR R T 32 FDA WMol EEx 2 FhE T8 F A IR ik sk
TR EE AT A R AL TOL 2 & BN R E . T3 5h,
FelE FDA HASAVHET 2 AN AT 7 i (1 5% 2 I8 R/ sl 484
22 1] B N 22 S s R Ry A ) 1) 245, o6 28 S S BRI 9T 25 W 1Y
HAWFHE (BlAnJREETTrE e S i i)
9 JI[LZZ%E’J}\%%I&H@J?( Human Gene Therapy 2020/1/28 },%@Ud:llﬁﬂ?ﬁ!]’wj&ﬁ*ﬂllﬁfﬁﬁﬂ%ﬁIAI%E"JEE’DZ, DA 37 H ik Se L X
for Hemophilia) RIFPE IR, BRHASE RSN 8 B B SR 4 T S TR
SRR AEERE T TR I AR R B RR YT P i R, e
b, E e B It — B R 1A Ge v S A £
10 UG ALIEHATE (Human Gene Therapy 20201728 BT IRAT B A IR0 12 0L IL, 7005 K0 5 A By
for Rare Diseases) F I BT PRIF A3, He v vl AR A7 76 BR A4 F 58 AL
TRTE R AT AT 22 Ak ) A, AR A R RO B TR, ) R A
PP FH 222 0 T B 8 — S 20 ( BV ISR — TR A 24 )
AKFBRF % A B~ BA B T i — 86 52 4 B BIL 43 4 L) 4l 22
IR ) L R AT Aot FH 52 3035 A LG 3R ol A A2 13 Tl e i) % 26 1Y
AR W22 e IS, SR B PR TS T U A A AR
PRI FH 24 F ]
11 A B A 19 N 2 JE IR 9T (Human Gene  2020/1/28 U RUTAE S L HEA T 1 190 LS5 1 PR 126 1) 266 PRI VA 7 77 it il 4 2 B 0
Therapy for Retinal Disorders) RS SR BT AT, FE— SR BT, SRR Y e
BAETAUNMR IR, 28 T o s QL o0 R s 2 AR
ST BORRIR DT, B T 7 I S s PR i 00 3 A s PR X6 1 314
AL
12 AP P AR AR ST 2000128 PR B T S AR S A T A, A

e SRR TR A A B N IR T ™ i £
S BRIl BB 1 IR ( Testing of Retroviral
Vector-Based Human Gene Therapy Products
for Replication Competent Retrovirus During
Product Manufacture and Patient Follow-up:

Guidance for Industry)

B A2 B T30 S TR AR B B R IR T 7 i B BB R B DT M
DN IA] A e SR 75 U RE 0 (RCR) HOTE Z il TR %
TR SR ER AR L PRITR YT 7 i ) B B o B SO AR A I
FHEE K DL R — BT v, BAh 3 P (i i S 7 A
SEPRAST 7 it J W T A 390 % S TR IR T AR 1 L
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Bk 4
D ] ARSI ] e
75 T sy P A
13 AR ASIERATTE AR AR 2020/1/28 U3 TRIRVEIRIATE 7=l 22 AER PR B o5 1O 7 S 28t

JifE 5 J5 U ( Long Term Follow-up After Ad-
ministration of Human Gene Therapy Products

Guidance for Industry)

N

Pl AJEE FDA TAEA B/ . AIRAIHL 2 2020/7/20
SULL R LT 40 i AL B 7 i B /N4 VR
) A T 114 Wi %5 2% & ( Regulatory Considera-
tions for Human Cells, Tissues, and Cellular
and Tissue-Based Products: Minimal Manipu-
lation and Homologous Use: Guidance for In-
dustry and Food and Drug Administration
Staff)
15 ATAR R B XS IR I P A PRSP 2019/2/15
il HLFE ¥ ( Expedited Programs for Regener-

ative Medicine Therapies for Serious Condition ;

Guidance for Industry)

16 PR B2 B 25 A BURHEZE ( Framework for the 2019/5/21

Regulation of Regenerative Medicine Products)

PG B A AR DG, AR A Y AT D7 e WL % T s
FEDNATT 7 iy B 2 A PR W B X T A 2 4 A
AR AR ) Rl A N S S R 2 A AR 2 32 3 T SR A XU
B RRTT 7 i, SR FGI PRI i b T JR AT Ri 15 , A M 0
SEIR YA R, I E LT SR 45 2 AR L R R A A B
P ) 442 PR 22 0 2 AT DG E PRI 97 772 i B B D AR 2 i 1)

SEAR & 25 4H 56 X 21CFR 1271.3 () s /N R 8 A
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“361 27 7= A R B 4 THAR I AT d /N E (4 | TR
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A 361 BRufE = Sl A« 2 SR A e KUK
A BT B 7= iy, 52 51 PHSA 351 B4
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FTRTRUE NS A2 TRAIR AR 58 ) 46 3033 T i TR N
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HEIFE . R T AT T ™ B A B T R I H
A8 (21 H207A A 8) BRI BT A RMAT 48 MR wi & 48
FERUMEEALHE , BEAD, IZAG R IR T 0T REH AR 3RS RMAT 45
SE TR I 2y 7 PR IF & v 14 %5 S TR 2R DA B e e 7= i v I
53¢ E FDA W88 Ik

T35 T IR AR B 2 P O R 0 2R SR i, H A 4G RMATSs A
FE . HHEZRER 4 0348 T SO AR, S 4 T R HE SR 1 — B 43, LA
B A SCRFR N A T 27 i R AR NS A A
FIE T 20 20 0 72 5 (HCT/Ps) o 46 S S0k dt s e 6 [
FDA 3% KUK 9 R0 WA HE R 2 b IR a0 T LA 35 B A FR
B RHAHRIT I R

3.4 =[E RMAT SEHEI0K

RMAT 77 i AR B 800 v He e 17 &
ARG R IATT 75 oK . AR 4E 55 [F FDA B M 4L
P, # = 2022 4 12 A 31 H, 36 FDA $L#0k T
203 > RMAT tAZE 7~ i 1) HEIE , o 2[R & 82 T
(W2 5), 435 M T LI S K0 e | 20 i bk 2
ARG IR T AR i TR T L, 95
FDA HEATHY— FR 5 S5 i BUSR R B AR 8 m A S50

TEEDURIAR IR T 7 0 R (H iR 23845 RMAT
TEREUE B AL 40% N E T I AS . S
FDA HATIUHEAE T 3 5K RMAT A SE (97 &, 43 31
J& Mallinckrodt il 25 28 &) B9 Bz Bk B A4 2 2L i
Stratagraft (2017 4F 7 F ) A il 25 6123 w] T 19
Enzyvant £ 122 7] 17N JL 56 KM TC I B iE 36 97 245
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i Breyanzi,,

+£5 ZE[E FDA 2017—2022 M2 RMAT 7= 5L

A (R R4 (U 3 Bt 4o i
i f Hp R

W PRl BB 5 1 %) BB 5 1/ %) R L %)
2017 31 11(35%) 18(58%) 2(6%)

2018 47 18(38%) 27(57%) 2(4%)
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H%5
N IF) Tk (WA H PR b (A H TR (AR H i
Sl Helhg R B 5 /% ) B i /% ) B /% )
2019 37 17(45%) 18(48%) 2(5%)
2020 34 13(38%) 21(61%) 0
2021 24 9(33%) 13(58%) 2(8%)
2022 30 14(40% ) 15(43%) 1(3%)
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