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Study on hospital exemption clause of advanced therapy medicinal products in EU and its enlightenment to
China
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Pharmaceutical University/NMPA Key Laboratory for Drug Regulatory Innovation and Evaluation, Nanjing
211198, China)

ABSTRACT OBJECTIVE To study the hospital exemption clause of advanced therapy medicinal products in the EU, and to
provide policy recommendations for improving the regulatory system of cell and gene therapy (CGT) products in China.
METHODS Through literature review and investigation of the official websites of EU member states, this study compared the
differences in the application and implementation of the hospital exemption clause among member states from the perspectives of
“non-conventional” definition, manufacturing standards, and pharmacovigilance requirements; the potential issues of hospital
exemption clauses in practice were analyzed to propose policy recommendations based on the regulatory status of CGT in China.
RESULTS & CONCLUSIONS EU has provided patients with rare diseases, who lack effective treatment or better therapy plans,
with the opportunity to obtain new treatments through the hospital exemption clause, which has effectively improved the
accessibility of medicines for patients. However, there still are certain disparities in the provisions of hospital exemption clause
among EU member states. For instance, some member states have not explicitly defined “unconventional” circumstances; each
member state has different requirements regarding production quality standards and pharmacovigilance requirement. Additionally, in
the practical implementation of hospital exemption clause, issues such as poor transparency of information and a lack of certain
restrictive conditions persist. Therefore, considering the current landscape and regulation of China’s CGT, it is recommended that
China explore the clinical translational application of low-risk CGT in “unconventional” situations, strengthen the management of
clinical translational application in terms of production quality standards and pharmacovigilance requirement. At the same time, it is
necessary to further standardize the investigator initiated trials, and pay attention to the balance between clinical application and
drug registration and marketing, thereby guiding the sustained and healthy development of China’s CGT.
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N L £ L 11 B TR 1 N B3O HE-ATMPs #4742 4
W, I [ R AR S A AN R = TR 2 1
T2 A % HE-ATMPs fi4 XU 45 B A 22 E4 T 2L
PR .

2.2.4 BRI N51 [ HE 250004 s i 2%

RERRT , BRI K ZH08 5% E X HE 203 b i T T
AN BRI TR R 2R, DLt — 2R b i
Yl A ARE I O T, R R DL o
X HEAT T AR A S, T 22 H0R B AR R
BB = it A B SR R L R TR .
JL IR AT fEAE T HE-ATMPs f4 {8 A5 5 BR300 TE A
WATREEE 2GR A M G S PN, AN i —Fpe
AEA , HE-ATMPs 4 35 (i FH B0 580 i A Bl i ik
TORLE T TR A2 S A A T T AR A B A
IRALIATT " B 250, IR AR () i R ) 25 R T RE 25 5
Wi 24551 1% HE-ATMPs (907

WA 4% i 7 ] 9 HE-ATMPs (19 4= 77 5t febnife (24
Yy L SR B 5 A v B2 ALY ATMPs () b 1 B 2 R 45
], FELE 7= SRy i, HE-ATMPs i 225K 55 ATMPs
— B, AT AT R N AATAE P nT LA =,
R ATMPs 22K A= 7= 5 00 7™ 4% 70 JF , HAE i B2 Ay 2k
FERTA S R4 HE-ATMPs 4 AR 7= 0 75 5 [A) A 1 1 22
SRo Xt T HE-ATMPs A 7= I (JICE T, A4~ S 63 e U A o
R, T QP AT U T FNHIE . 7E 25k Jy
T, £5 B 5t [ 2 (8] ] BE S AE S 20 e 5 s =R s
B A BRATE AT B 2 5 (A o R R B oR 2y e &
BUORL TR TR T AR, sER d 7 2502k 2 G0 s
Jite RS 45 B R, (H H H ARG AR 2 o 1 2 ST HE-
ATMPs 25 Y& R 5

China Pharmacy 2024 Vol. 35 No. 11 - 1287 -



2.3 BEXEEHE &FIFER a3

MR HE 253045 T 1 HOIE AR W LA A2 08 1Y) R 36
P, H ok B s T £ RN DL R R T — RS
BRI TR LS o (BFESCER T, o RR A 01kt
HE 45 30 S 5 AN [R] , %ok 5 26 1 ) B (0P B A
AHTE] , HE Z0) SRt AT SR T I — L6 ] AR AL
2.3.1 BRI G E X HE 253 = 45— e

H AT, B4 ik [ 6 HE 2% a2 1) 0 502 R S i 25Kk
A —2, B WA Gi— RS e . RIS AT SO,
BT X HE £53K, 45 00 5% A <A H 7 a2 S AR 7= A
HE TR T AFAEE S . BN EVFTHREA A
IT I, — #4351 SR HE-ATMPs (977 A £ Ak B2
7 LA S 25 4l 1T 55— 43 B 53 ] D) SR ] A
AR F BB . B, 2e Al Pl A A2 /N EY
AW AN B VG IR T A MR TR B, il
L& ) ATMPs A5 i EMA 8 H AR 7 /i il
VFRTFZAL . #£ HE 253K St 77 I, B 1k HE 453K ) S5t
W YR ATMPs 119 55 85 17 375 , bk o 2 5K BT 245 JF 2 R 24
RIRE T A 28 Tl S s 4, —30 70 R s D R A DG T
A RLE , WS A A R SR I I 24 gk A T
A A BT FEAEE HE-ATMPs , 1B 55— 3 1l 51 [ 51 R
IEHEAT B HLAE
2.3.2  HE-ATMPs {5 Bk = i I Ji#

WA 4% i B4 R 6 23 A7 ) HE-ATMPs 1 3815 5 2%
SEARA R B RA 9 A E K H 4 #E T HE-ATMPs
VERTREA N B ™ i SR B SR 2., T P R 2 A

= S YT BOE NI T — 2 Bl . A, ZE(E
HE-ATMPs (1)1 F2 H, WR 45 18 7 B A %) 28 o 7
) JE B2 R AR A Hh AR R | (R B SR LA L
Tk R RS AR O R I, WP IRRE AR UL, R
Gt SR BT LK 7 S A TR A BRI R E 1
R 72 i P ok R HL 22 4 P R AG AEOE 5 F F 2 8 WD Ok
Vi, 18 3532 T EE T DL & BRI LS, a1l
W A J7 1] 5 6 F A R U, 8 A TF B nT DLt —
TR TR AE IR YT BEBE DL R S IR AR, T
g3 TR B B RIRYT T B HE 23K A SRR P Sl
PRI (1488 3 PR — 20, DOk 2> $H0 SR BE -

2.3.3  HE Fk = — 5 2B

K HE Z5 3500 b 25 3R 41 o5 —Fb L Tliig 42, i
S 75 R R AE i TG HA A ORI 29 S AR YT T R
TEOLT, R IR 20 i D B s B SR A — Ao 36T
VEFE, LABH 1 H R BUAE A ARG . WK 5 7F 2014 4R 4R 1
B Fn HE 280N il ok S i 48 Hh 2 BURE Py itk A
TR AL s 45 HE S5 A A I ARR il , T g 2>
X LTI R 25 = A o m s mat mlan, 24
I [R) B} A7 A A ]l A R R E i) HE-ATMPs 145 45
o PP T ATMPs B, 23 S B0 R ™ i 22 (8] H 905

- 1288 - China Pharmacy 2024 Vol. 35 No. 11

4. 5 HE-ATMPs #LL , S i i) ATMPs [ &
BAS T IAS ARG o, e S 4 4 3, RN R R AR IR
R R Y R A A TR IR B HE-ATMPss, 177 9k /0 X
ATMPs i ], 3 AT Re 2 ™ E A T R 25t & 25 )
TR
2.4 HE-ATMPs & FAHISE 643 47

H A, & A7 MR B 5t 4t E T HE-ATMPs 1E45
P 8 AR 2 I DR BB B o WP R A 24 R i e
i PR R AR L G AT T 2 3R HE-ATMPs M2 AH
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AR T, Hidr ARI-0001 J2& RR 93 55— N SE g0 &= I
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SR IA  (DFAERATLBE
SERBRBN & PR T Tt s
(<655 )ik 0 JEBERL ARt IR I AR

4 W 0B E TR
CAR-T 7 ARI000T 2% % JF Clinic 20210201 EHIF25%0LE TR T —JUfE Zihb JF
R EE K BRI BN TERAR, 4
(0.1~1)X 104418 (RR) CDI9+ 5 ASSEH

el A D

it

iX 2 3 HE-ATMPs £ % (1938 BAIEFE I R T #8 ToH
AR BIR YT WG , 38 V)5 2t — P aia T T Bok dlcs
AR I A A I AE A LA AR AT (], 17T HE 4530k B
AL TR IRIT R . BLAN  FEVRYT S O T, VPR
E R T A RGN X 2 3 HE-ATMPs BE 47 B4R i 45 , H
ARI-001 (A% U PUHESF T CAR-T P ik i 1/3.

3 EKECGTHHBEIIK

CGT ) HA BRI A& e i iy s, 3% E &
PR B T — R AN SRl A S R B S, 2019
A B R 2 B R A B [ 24 i A R AT )
TR, i M A AT P R PR 5 W R R
8NN B S ST H rh 2021 4F <A S
PAIT = S PP AR 2 S 7 VAR5 9l 4 A5 — L e
Hrbo [RIEE, R 27 Candb st b R RIS ) 1Y
BOM R T E T — R P AE iy Bk 2w v AR itk
R T FBOR , K I 3288 CGT Pl i & Jet

FE CGT A W4 7 T, R 1 SEA T OB A 5507
B, B B A B 25 4l oA A AR 25 I IR
{46 (industry-sponsored clinical trial, IST) , J: 4238 254

2GS 2024 4F55 35 45 11 ]
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