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A Brief Introduction to the Registration and Certification for Cell
and Gene Therapy Products in USA
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Abstract

The cell and gene therapy products are two kinds of important products. This article introduces the definition of cell

and gene therapy products, as well as the requirements of registration and certification of FDA, which hope to provide

reference to the enterprises.
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TOERMEMBE, BRGTRVENATRERGR
FEER R, SHMMEYATTRMNEEEN, X
REFRNAREERMARLEERERS (Food and
Drug Administration, FAD ) 5%, i1, BTFXEE=
mAETEGENENELS S, EIFDATEREREE
M. FMAE LS EGENEYEA T REEARE.

1. R K EEE T 7= A& e BE

1.1 dhRa = mAIEE S F0Se b

MR REIEN AARENZEND FEYFNT
R, FEMRRKIER RS KE L, RBAMNNRERN
TMBNENREYR, NTASHEA YT MEE
EREEY. EEBEIEN21 CFR. 127153 Miaf=
MASEEME TIRRNEX . EAGHAE, HRF
MABALR D ERE TS (HCT/Ps ) 21 “&HF AEH
Mg A4R, SR ARERSARMBNYS, XL R

BFEAN. B, FAREBEARK” . HCT/PsHIfI
FEIE (BFRRTF) . B. 9w, KK, BREYR.
ICRERBE. BRARE. kB TINE M5 AYE T 40
i, ERMEEME. ETERHEN ERER. Bk
HMEEER, MFMERIE (xenografts ) . &5k
LW~ & (in vitro diagnostic products ) . 9 AEERL =
& ( secreted of extracted products ) . IM%&kEgEEA
225 (vascularized whole organs ) . B##%1& ( bone
narrow ) =@ AFI AHCT/Ps/= R ASSE Bl

FRER, EEKEMES RN MENSETIL
ENEESES=E

F—AREAEER~& (B (ARBRSERS
R EICIEFIMENAETR ), FEMUTEGNA
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1.2 BEEEfr - miit e Fse ks

ERBITNREEBIINEEEERSANEEAMA,
MY MERBERRENFE S RAER, MUAE
BT EM. IIBFDANEX, ERGIT = REIE:
ZER. RENERTIERMEYENYR, HFELHE
RESMRNERIWFEIERERA, ERET™
MGl F g, RIEFIAMEE ( plasmid expressing
an enzyme ) . AAVIRIL SR A F ( AAV expressing
a coagulation factor) . Wi XERFEENTHE
FALAFHIZE (T cell modified with a retrovirus to
express a novel receptor ) &,

BRI FZEMNETARNERM, —MEEMENER
5877 ( somatic cell gene therapy ) , B—ThE 4 TH4H
BMERFEST (germ cell gene therapy ) , mMEZER
SR ENEMZEIRG ., Lo, BTERATNIE
KREASZRER, RFDANERAYHNEEFEH
18, E5EWEEHE—BALERGTT =R LTHHEE.

2. EEHEER BT M TIREN
=K

2.1 BENA

xR, ARXERBF~aNEEREE
ERHRLMEEIERS (FDA) N TEVNMEDH R
TS5 ( Center for Biologics Evaluation and
Research, CBER) BEf&fi5t. CBERXF4if. 4
LRMERBTERTITIELTHE. ARATMER
SBI7T R SJMAZE ( Office of Cellular, Tissue and Gene
Therapies, OCTGT ) , MEEMIEGIRZAMAE. H
AMERETFRARE. ANEFENER. &
M=, OCTGTXRA=ER1T: ABMERGTH
(DCGT) . WRIFHEMZAIE/FIEE ( DCEPT) .
ANEHERE (DHT ) , EFDAE AF R K E L%
IR, OCTGTHEN R BT HEA
7 7= & ( cellular therapy products ) . & E&857 7= &
( gene therapy products ) . A7 &S ( therapeutic
vaccines ) . &R ™M ( xenogeneic products ) .
LRIR /AR B E = 5 ( tissuesftissue—based products )
ME LR ( NS FESRHE ) .

2.2 FEERER AR N6 B R AR A FA AR A
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ATEENARERERBITEANREERS,
AiZ% = BRI UNENARNRTHEZN, FxE
TIIRGEEZM, AT, BT HHL0FERHIMAE
EXREBREMSBMZIRERT, BF 7 EBFI
K= TENNE. BEARER, MREEERRE
FFEMNEEREEREIRS. AWHiL&E (The
Federal Food, Drug, and Cosmetic Act ) 1 At
REAZE )Y ( Public Health Service Act ) &, #kIEH %
EMIF, FDA F2005FAE21CFRE127T1HMET A
RRE. B4R, MR R RS (HCT/Ps )
FEHTEMIOAL, RAEZEMER, ETERET M
INESR

® 21CFR312 (#XIND) ;

e 21 CFR 50121 CFR 56 ( ;% & IRBAIt A%
Bl ;

e 21CFR58 ( RIFSLEMRE ) ;

e 21CFR 1271 ( AK4RRE. 4A4R. MAEIXZALR X
Rt m ) o

tb4h, FDAF1991HR T ( AMEARETT FIER
SBfTHIEE)Y ( point to consider in human somatic cell
therapy and gene therpay ) ZI5mE itV RE%,

2.3 iEMHAEME

2.3.1 FMME

ME>RPNEARNARSREEERES
KM~ RN EEERXAR, AMEARAENES
FRRERR, XX RATRESHEANEM
fTin, WA HME™ R EFDAKNCBERBITEM
(21CFR1271subpart B ) 2358, #{E21 CFR
127 1R E FR AR = R AL IER RS B
B9BR. Ikoh, BHRIBFELANELREIRRNSE, th
BXEEFDARE . ER, RIEERAEBERTRIRE
B X 5 I K 3% ZFDATE (T & TR A 8] £ 3 1 = A9 %
&, fyfibk= G, FDAREREHOAMNSHEOR, H
BEBMFDAE SN FENAM, —BEFDAXNBEEE
HERIAATIEFE TS REXAE, Tk HGd
LEBE. HRREFLHES.

4, 4&kiE21 CFR 1271.2109FE R, YIMBEELE
BENTZAEHHRZNTM, FEEHCTPERE
BEIANBNRZTEHR, #iE21 CFR1271.2609F K,
EVMAMAEASMIESE, WREETEMSARR
TEX, HETHEAFDA 33563 T EMANRZ/E#H
HCT/PiEE., FOAKIRFERIENE— I EEAEMRS.



2.3.2 IANEHH#LIE

2.3.2.1 AR~ BEVAEFHHE

YRR = 5 R RSB A 4B AR = & ( BIPHSE361%
FTilE AME~ M ) BERKARE T XM~ R
( BDPHSEE3S1 &M EMMMa~m ) , ARALEYE
7R EEER, REEFDAX HME = AyadtTT
WA= RECRI T, s XS4~ A A ED
EAET &, RB/HETVADIMF” RETH, TE
FEINDRIIRPRSEYE, ZIBLANDAKIIER, HBIEEEHTT
BLA/NDAZ BISEEMkIE21 CFR 1271 Subpart Bi# 475+
MERBZHCT/PEICER, o, HIEBETRERER
BENEEN, IFENRBERHNMEHTIRER
MERMTEE, MTHBSER TR THENER
T, *RENMEEIEREEENSMNTRIA. B, B
FEEEBEANRITFEBENN (cGTP) MEXK, X
KRBFDAHUER T8 281, HIER MR R
RAFRB, BE#TEEMET , ELIINDIERZ
&, DAEFEREFNENLE, #HTHL IFINEH
e PR SRS I B E AR~ AT IR 2 1. ERIZE
&, BNTJIE3ZBLA/NDARBiE,

SmAEEMNEYARFFEAERELRNL,
AR E E = MR FDAME NN E R ER LR M
#ZEMIE (IND) , RS, UREDHFFTRE
(BLA) JLMMTER. 4HRRREE = REAFDAINIEBR T #
BE—MRAEYEAS RN, BF T ILREHRTT
BLARIENREIE:

(1) #EBLAMER, B4R, ALRFMERABTHNZE
F% ( Cellular, Tissue and Gene Therapies Advisory
Committee ) Z5HH AL,

(2) EIRZINDZ BT, HBEELTHIEKBTEN
CMC ( chemistry ,manufacturing, and control ) , CMC
MWEMETHES R, M. SEMNE, &
TR MHCT/PsEN BFE I T LB OHNAE: ik
B WETTE. BIETTA. IWINEIER. BECTTER. &
MWk FRBATHR S, FHEEFE. REM. W
s AMEBESE. BRMNMRE,

(3) BT HAEMER AT = maVsAE, ELAER
TFHMEYH A= RNE, —ROEYHHE>~RER
ZINDI FER 1R MEELLR ( potency tests ) BIEX
&, ERATHRMER AT ™ RNRREFE 2,
F L EEINDERER, FDARESZH#MMEESLKAE
T, BIFDAREZARE LW MRS RTRFERD

BIO-PHARMACEUTICALS | £ ¥1E %5

ERFERHE. XEREFRIEETEINDNRRTE
R —MEZSEE AR SR BRI B N T — B ER A IR PR
XL, Bhoh, FERBESEIG R, FDARRRY T E&RRK
HEERETT %

(4) 2004FE118, FDAEM THCT/PF=@Ey “RYF
AL
Cell, Tissue, and Cellular and Tissue—Based Product

( Current Good Tissue Practice for Human

Establishments; Inspection and Enforcement,
GTP) , ZMSEBERE~FEFE. T, #F
(store) . #riC. BEFMKLHEHCT/PR, FHIESIA. £
B E RN ER.
2322 BEA - RIEMERERIRTEXK
BRI RIIMESE I EERRE (WE1. 2
From ) AIflE, BRTEEHREEYEATRNBRAZEX
S, BEUTILERTETE:
(1) INDIRZHIN BN FFE21CFR 312,238 EME
ERATTRABERETHEMBAE (21 CFR
610.14) . &k (21 CFR 610.10) . T47M. FHE
RFNEGNE. 4E (21 CFR 610.13) . EHML LN
%, BEmE, INDRBREREAT = RE=gEMN
PR ARL, DUEFDAREHIWT ™= SA 4 BRI h
%, INDNBRRZNABRTELREEL TS, HFHH
KERME BT AEFDA 1571 .
o FRHEMNFEE—UANFHME (21 CFR
312.23(a)(7)(iv)(b) ) :
— B, BFRERBTTROEENMER. B
EEE. 594
— SREER/SERERMEAS ( BEAE
KR, BEMEAT L. BEEREMNLK) . HEiE
RE
— FREEANAE T ( GRERERNX

B
— il
— HMER;

o FRHEENEE—IR, NEFERARETT
mEER. BIERAT R A TR .
— B RRFIE /A
— ATEINERET R EESERERE R
HEE;
— I AR A (AN A 8] A9 TE A
— WA RIRIE;
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FDA HEaEis 7 Il T 5% |

EREERKAREBEERS (hitp://www.
gemcris.od.nih.gov/Contents/GC_HOME.asp ) &
HRZER, WR. FEEXAMFADZENME
HNERETT = R mEER.

2.4 FDAXT 4R = M B HF Pk A E I E

21 CFR 1271340 AR /™= M d 7 IRFR A
E, 1821 CFR 12713 Fik = MaiE A X B Fr
AR,

(1) 21 CFR 1271}
j‘j:

e 21 CFR 12718Subpart AZICEAFATE
HCT/Ps;

e 21 CFR 1271f39Subpart DR EATIE4H
M 9361 HCT/Ps, 21 CFR 1271.150c#121 CFR
1271.55%1%%, XAIUERATAE361 HCT/Ps;

e 21 CFR 1271f9Subpart ERIERFIE4TH
MH9361 HCT/Ps;

e 21 CFR 1271f4Subpart FiEATFHREKN
361 HCT/Ps,

EATF361 HCT/PsHyER 7>

El1 4apa A E R A7 7 mAIND iR

o HHXMHER, FDARWNERES = mANEE
BE8#E (FARRT) . HEDENRK. 54 (Identity
) K. ZEENR . AN, HAAENR (@A
MR ) ;
o FAFEBEMARENR (final product release
criteria testing ) ;
o =RIREMMI;
o HMEX.
— HAENERET AR EE T RIE
BMEERS, MRIEEBERIMBEESREIE;
— R RARE . FDABNARES R ER &
FER. FEEE. mRER. SHRH (EFF) %;
— B RERNERE, NRESB5AR0

AN,
— IREEFm;
— g,

o TREKMRER, BRMRMNIEHER;

o IREKMRIEL, BREMKIWENMR. Fif
R, LEWZE, M2, BE. SRR,
(2) HERET T~ mYBE

e

=F
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(2) 21 CFR 12713&BF351 HCT/PstIER4>
H:
e 21 CFR 1271#Subpart AZIDERFATE
HCT/Ps;
e 21 CFR 1271f9Subpart EFIFAR{#FE
25 EHEME
S5HMAREMN, EREERERET=REHH
RIEHTREFFEMAE LR, FOARRENHRNESE
MHATHENERNEE, TEFAAREEHREFDAR
LEEREENE - EAVMIARRN SR, +9mEMNK
WHAYARRNEGHSLREISERNLR; EthE4
WHRZE Fik. BLoh, FIEFHERBTHBIRKALE
IVHE, EREERT, XEERARNESERRER
F9Z5 R X BE BIE T BE R H AR MR . ARILE
P BB

3. X[E MMk ERFiafr = minEMIAE

B2SH
3.1 EEMAEKEERFT = @iEMIMER =R
Rt

WEMERATAMA TS REREERE, Rt
FOAZEHUEH EISE L, BTHE. Z2B5A
1k, ZERERBARET™MRRETHAE (253%
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BLA Hifl#

ITHME T ( ABBEFrft R REEHE
RIESEM) o B, ETMf T —LRHAIEST,
0 Tk R IR S A AR E E IR AR AT
SENY

20044, BLHAP S3RHEEEHE (EH
HEF S20040004 ) 3k EHIFT, ZAtWEHE
R EE—Mgitt g LR RAT =M. 2005
fF, SFDAXMAE T EHASEBRRS 5T (
5T S20060027 ) £, HET, SFDAM KUK

B MEARTENR R RS
(2) REMBEER AT = RmTENE R

ASEEXS 74T

Bk, EARKENKFA®E, FDA B

R R B EE FEHGE M
CBER iP# H
v
FDA HHA (HBEMER, hEXTHL
%)
M. SLENERE FDA B2
TR ER & I
iR G PE SR, 7 ERBUSME R
A€ ¥ ] (GGhFE IR
#)
R
T FDA AMitEEA
HEEE
IhG R 25 PO

RENZLREEEEERR, REBERLTHN
MNAREEEEER, RMEHEEHE,
HX, AAREENNEIE, FXWE
ERATT AR R B EANAMESE, ERER
BERARERAE, FDA $ARKE TENE
INRFEERTES L, B2 T REFNTPNR; m
HEAREENEN. HEAREENELR

E2 AR EREAT - mABLARIS KR

azficel-THlsipuleucel-T ) , MEREFT~=RUTL—K
BFDARYIAIE. BT, FDAXTZRARE &9 REURBE
NEMER, BRTERSRNTEMENERE, B
XM RBE 897~ B e 7 IAE M B 8RB 7 /A M AgAR
R, BRT7TABENFTRSE, DEENEMHEE~RE
RS A E]

32 HEHMMEEEREBT=RTHENNESR
K N3

(1) FEXEE = RS E

AREGETITE, RENARBEERERAREK
BEEF (SFDA) AFRFTTEEENFALE. B
B, PEHEERT PREFE—NS. AU TEEEE
HIZ5 s IR B TBAAE,

ERE, #RMERETF~a5HEMERAR—
B, HSEMEMmEEHSFDATE, SFDARNEBEA
ZmiFEHl (CDE) ATTEMEAITE, YERSHA
miGEMRE (RARTFEHREYTIREERN) AFE
ML, AN EERBEDEEMENGY—H,
B AAEREMEENEDY o 1993F58 TR T { ABIE
MARSETT REERGT A RRIZER) - 20035FE

RS EFT NS FEEERNT N, EARE
EXBRFORETEHNEETHIHRE SN
BENRFEEERR,

&, EANERTE, PEHMA LTRIENRE
LN BEREK, MEEMNENERELREFR, £E
M RIFHIEMTE (good manufacturing practice, GMP)
—MESINE, ENAMESIROES, ENE
Fit; ZREMGMP HEMEFIMZEE~TZMNT
i, BRSINE, TEERES "%, XtWERH
FAF LXMDY BRBIICGMP IMEN T RERE™E
75 R EE,

(3) EE MR ER AT = AR B2 K X
Ak 8950 K R X

FDAZH XEANBRTFIHZIR, EMEENT L
KERBRELTRARAKNGER . HEWEEHMEE
FUEMAIEE 2, REHENATHEERERFRE
HENBEZEMN LRETHIEORSESL, WA DHE
Ay =2 5o,

Ak, XSV EERBEFOANMBERERETT
FEhAMENELR, —FERE T RARRERAST
FEFMENER R FER TR, RitHENT
; B—7E, NZMRRENERE, FREEHAL
MHIESE, KPR AT
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