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Using “Compassionate Use of Unapproved Drugs” (CU) to deal with “Drug Loss” in Japan

— The Process and Positive Results of Realizing the CU’s Landmark are Useful
in Addressing Regulatory Issues —
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ABSTRACTS

The “drug loss” issue has been attracting attention in Japan. The Ministry of Health, Labour and
Welfare defines drug loss as “drug lag” refers to events that are approved in the United States and
Europe but not in Japan, and “drug loss” refers to events in which development has not begun in
Japan. There were noticeable delays in dealing with emerging fields such as biopharmaceuticals and
gene therapy drugs. This has led to further discussion as a social issue. Measures to eliminate drug
losses are being actively discussed in various collegial bodies. On the regulatory front, eliminating
drug losses and providing rapid access to innovative new drugs is a central goal. Since 2004, we have
been studying compassionate use (CU) of unapproved drugs. The goal of CU is to allow exceptional
access to promising unapproved drugs for patients who cannot wait for approval due to life-threating
diseases. It is a public system that began in the United States and in Europe in the 1980s. There is a
common denominator between the goal of CU and achieving rapid access to innovative drugs. Efforts
to turn CU’s goal into reality have been ongoing globally and are yielding positive results. We believe
that the lessons learned from these efforts will be useful for addressing the challenges of eliminating
drug losses and realizing a system of rapid access to innovative new drugs. So far, CU has not been
mentioned in the discussions of the collegial bodies. We hope that CU will be included in these
discussions and that the experiences of CU will contribute meaningfully.
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TFZ v 27« nm A, (drug loss) O HIGE% WE 2023
EDIREIC L2 T B BEA DS BE A 72, 2023 4 6 HIZJE
LHEIE TRy 27 - v R 2 TR CIEAR X
TV ERHARTIIAR I N TR WESRMLFE
LTW3HERDOZER "TFTFv 7 77 (drug
lag) £\, ZDH L, FICHRKTORIEICETF
ENTVAEVWHERE NIy 7 -vRAlw) ) L&
#LTW3BY,

CNETHARTHRKFEIFEADT 72 I L T
ZNH YOG ENTER, B+ hbot
BE ARV, T4 XRWATZREE L LT 1987 1
KET TR OGRS 1z,
2 fEFRIIX 1989 £ EU $64 (directive) %% TN
ElZ, HoBRFICHE R AKREEL HAETETH
W & DEBRE IR DO QI EHH IR L
T, 2oz cE s k), ZnFNoEDEA
WD AL 2 EXTES) &L, ZOEHDPGIRE
2 TREREDa vy az— M, O&ET
DREFE I SICNEL THbT L, HARDIEETEUC
D AL EZEDRATL Tz,

O TNy 7 v REOMHERIS  OHHR
Tt (AREHSHEA) & ETlifT L irbinT
W5, 7202447 H 30 HIZ X 1K o SCHE
EHICK D, HMOREEBER E L TR ~OEUE
HEZ L 2028 I CON LRE BFRE I N,

AR CIEEEFHFNBE§ 2 FIHE PO 2 02
BENRETED L), LT OMKE L 5, 2D ¥ —
7—Fixav,Sy ¥ ax— bliH (compassionate
use: CU) ThH2, F1E: INEFTHOFNIv /-
DADMEMET 7> a v, mBlll>TUIIDIH b,
(2) THEFFEADRE LT 7 2 HEPAE
ZHEE, (3) THEFIHEANORE LT 7 A &
CU ® HEE L N HBIEHLELE, (4) CU DRER
NHERS & R D> & DA NSRRI B, ——
DIODHEHICHBE W&\, FE2E . CUD
7a =o)L FERIHER D S DY, B3 E: CU
7077 LDFEICE T 2 HA2 6 DEY, 4
B HATORI v 7 0 AWK OBROEY &
IR TR E

nE, MREMED~NLVY V¥ ESKETRD
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2024 fE 10 HD A~V v X TOH 75 [l R A&
BOTHRBPESNTED, TN TORHELS
AT CU ICPH#E# 2 R TOMEIHIFI NS,

Ko v 7 - aAMED 2024 4F 7 HRPER ST
DfER, RGNS, EXEELENGERR, RERE
T CEAERBFED H 1 DR T 2 SRR %
HRICEB L, ReiR%,

1.ZhETORZYY - ORRHDRERAE
7oay

(1) "RZvo - OR) OEBOERE

ERINBTEHSNTWS TPy 7 v R
RS ZRDLUS DWW THIZERE L, % DEE D2
L2 R L 72 DIF HARRBR T 2 (BU3R1H) 23
1999 FIZRRL L T v 7 8 v 7, RIRPE SEBOR T
FHTTH 5 (2021) 2, ENARAGEIE D HEINE T 5
2017 T A H 6 HL otz 2020 4 12 KRR T
EINAKIR T H - 72 265 it HIZ D W CHEMNC A L
ek 25, 209 LEEEESIC X ) ENTELMTH
nTOuzWLHBEED?56%ICH o7, 2LTC, AN
A A B, BEIBEEER 2 EFTE B e R
JEDENDIH > Tz,

'Fov 7 -nz; OMEPNOTHENS L)
I 7 > 7o DIF—WEAE 2022 £ & T, KREFZEH
T 2% (Pharmaceutical Research and Manufac-
turer of America: PARMA) ¥ &, WM BSR4 4
HA (Buropean Federation of Pharmaceutical Indus-
tries and Association: EFPIA Japan) ¥ @ 2 [ {& 23 th
Rt RRER RS (PER) RIS oM
WEXEBDH D, FIv 7 7 TI0BEDRH>TDH
—EDRPIAFIN DI L, FIv 7 - vR
FHATKRZ DI LI Z DL DORETINT
59, Mo T TERAVE, THD, 2O
JIESEEADE R T SNO W/ R Nty S as -7 e
HZ 5[glEr 6EHSI NS LK) Itk o7,

I TlRHADRERNZ TAIEET ) MMbis &
RS, RHERGlOH D T ToMERE LT Tk
El O CHARZZ T DA AT 530 Hi F 5 LA
o TE D HEFNLHEEADA 2 v T 4 73D
s\ & QBEREROGER» S O L bEE D &
v, F7 v 7 u A EEPHEAMEE U CGRimo it
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2024 47 H 30 HICHEChfiE s /e TRIFE T 2
YATALY Iy by T, MORHSUEEMICED
R ) B ) 7 BOREUME B & TR TR S
nrzso, FRHEHIZ, BOEPHARDRIFE %M 1
S, ERICHRFTOBERMZAEICHET S 2 L ik
HEBOED 1 DL Tw3Z Ex2BRS EEBIT,
HAZMAD AL ICHERCE 5 TRIFEDOH, & LT
WS ZERIZWKKESTSEL, BERNIZIE3I DD
BUORZLTHBT 5 L L7,

1) HRR» SR EMNAL 2D, 77— A b -
A vta—<v (FIH) BRSNS 2 &,
] B 7K HE D 3 1555 B AR SR oD FE AR ] o 2% kg %
D %,

2) NEDOBESEMSED NV F v —F ¥ EF L HIEN
AR, THTITRAI = Ty 7D —R%
BC, FEAME CHEllfii e XA 1T ) BB - 4K
il 215,

3) ARV F Yy —Ta RATLE2IDT—Y —
(early) HEFED O AEITAD ELIICTHI L
HLERBL T, AlIEAY— 7y PANORMBEE
B 5E/KRD 2028 FEICIF 2151 L, DM
100 fEM L EDBIFEA % — + 7 v 7% 10 #hBL E
P2k E, BELA I/ RXR—va vk L
THRIBPATLZRERTE, —ThH 5,

(2) TEFMFHEADORRLZT VR REHER
=]

N7y 7 - a AfREROERIZ, F7v 7 1A
DHARICE T 282  OBERPEAEZ D 4 U 74
RThHs I ERKBLT, ZilEcblzoTw5, 3
HBHNCEBE L 221 BTy TR ol - £
EMFEDOMRED 7= D DIFHH D H b 712§ 2
Bt oaMmIcbREN D L )i, HEIES <
Hb, LiL, hoF#HEMRNZOMET 42 E LR
AT 2L, BEHHETEINI Y 7 - 0 A2 L
T, HHIHER (4 ) R— 3 VHER) ~oiiudiZ
TORAEFEBRTZI LN, zodubE k2 HIET
HBHIEDbID,

% QR HPYH L CHEMELRRIIEZ WU 2 I,
ZOHDE L ZHBEEAMECT 2 2 D, HEmoE
hERZ EEDIC, FEOMREIET 2 7-0ICHE

HChb, 29 LEEKRTUT, KfECEF7 v 7
QA/ Ry 7 - F70& TRI7y 7 -mR; LR
WWEBHTZEEDIC, FIv 7 - nRZ@HLTO
HHEEHE o HEIZ O WTIE, TTHEFRHERAD
W7 7 A HEPREGHE, LRl 7,

(3) TEFWMBEAORRLT VR £CUDEE
ICIFHBENEFE

bt g 2004 FLRMAEKRIED 2 vty v 3
% — MM#A (compassionate use: CU) j 12D\ CHFSE
LTC&7%, CUDHEIE, Mz&»r3INDiEHT
ZRETROEEICH 2 BE~D, WO E BT
HoRKRBEOHNNEEGTH 2, bbbl
2010 FDOARGER G SCT, HARIC I F 72 ARKGEHE
D NEBIEAE DO AIHIED 2 b, BEDT 7k
ADFAIC E ) B B0 %, FEOFREHP CU IR
T 55m % ExfEN L, HATOD CUEEHIDWT
BE LD, 2011 FiiF MW oEEsE THAT
HKRIN TR WELERIIfE)—ary Ry a
Fo— MEAMIEE ) 2 HARFE @ L2 o MRk L 72 9,
2012 SEDAGER TG XTIk, HATIZ F 2BIHAD
2V CU DRIRICET S L9, CUDHERIZOWT
IHICEMT S E LIS, BEE 7T ATDCU
ZHERIELTEHINGEZITOWTHMNL Y,

2014 fFE D EENRHEEEGR CTIE, HA~ND CU
DEAMI DG E 2 HC, WF9E & BHE OB AR IC
H5CUDKEZBEFATOLXaL—2arvDd
DIFIZDWT, I HICHEL 10, 2022 F121F,
HARBER 2 & HARBE A3 2018 4R ICAITI L 72 33C
DEERE Y ¥ — F )V IMA Journal ©, COVID-19
EZ UK RRICB T 24RO CUDH D iz
W, AR (WHO) D) — %' —3 » 7P
OMFEZEED T 2 1,

CUDHEEE, 2Btz oI JWEOH i
SN R EIEE 2 E 2 AT, CUDEKRRER
11277,

BltE, N7 v 7 - v AEICH) CORRLS
HCETHTH 2, 2 2 TRIFTIEARBA» T
BA ) R=> 2 VHEADRHE LT 72 A | DFE
D7 DB IHERm I N T 5,

D THHA ) R= 3 RO RH L T 7
XA OFEBLE VI HEIIZOWT, bivbitid,
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#1 CUDHEEL ZORMLZ DI THTH SN & IS

(1) CU DB#E

MEZENENERE, RBERTHRVEBICHIEEND, B0 VREREROREADED R TN,

(2) CU oiEiE

1987 & TAXKMITERHE LT, RETIHREHEDRERER I AEHIL.
1989 4 EU #5% (directive) "NBEREREFIROEZOERNBELZICIGUT, ZhozftiaTtEsL5, 2h

FROEDERICIDIADZIENTES ),

(3) CU DEMEDR R

CUDBEEEULKIREDHDELTWENRIEZ DA</ A—/NLICKEITSNTED, EEDOREEERR 7Y
A% —L (Early Access to Medicine Scheme: EAMS) e RSN DL 5BHRERETEAHLTWS,

(4) CU R

CU [CIIFEM LI E BN TR W ZF DI ENREAE B S5 L TWSL,CU IFEERFABRE LB LT, ZOEMNNERDIEN
SIHHINELIE O TVND, 2D ENERN, EBEHNICHBIN, EEXEZREOBEHICEEZELZELS5LTWS,

(5) CU &IK7/ERA 704 5L (Expanded Access Program: EAP)
KE FDA IAXABREEELTE CU ZAWY, EAP 2R\, B& - [EAf - £EICIEZ CU ERAUHDEHRBELTWVS,

CUDRED I L CEHEL o, HBEHIHE
ET 5 LR L Tw5b, ZiUd CU TIE, HIsbIi
fROFEIICIE, MBS, 72L& XL MRE,
FERD NV — IV TORIKAERDHED T ZHET 2% &
DERZIEICOWT, RRROMED I 2 TlHE
DT 7 AZMEGEL D3 @R %X % £\ ) JET
M3 23 RD 5%, DT Lix THHINA /
R—=y a3 VHFEANORHE LT 72 A IZBWTDH,
HARWIEDL S5 TH 5,

(4) CU OEERHER &R S OFUHEEER
RICER

bbb IUIFELRIICHRR L THER L 72 R
T, CUDLENEZ B Blssr o —H LU THEL,
ZNHDEERTHIN 2 S DTH 2 £\ ) AEDfriE
ICEPNLERE EFRLTE,,

CU %, FEFTBUIRERA VR P 2H6 L
THREDOFEGITH 5 W, 7203, I 2 E
HDIEWHT, CUDHGEEDERIZRE CEH LT
o, TNHITIEDH DL EE (off-label use:
OLU) Zi L CTHIRBFEDR X ETFIN TR
CRAREOMHZ Db D, ZIAHPHIC CU &SR
RELEEIND, £, CUIZZDOHND SRR
BRI LA DS B T RE S 2 & DSEEARIY - MERGERN
R X UERLO—R/IZ e - 72,

L2L, CUDHEZIELLBEFED DIZLTW
(BN Z 22 Enl Zu— ULt oniTs
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D, BEZEANLTWE, ZIH5D¥NITIE
CU D7 a— )V BERNHER > 6 D20 E, CU
7075 LOKEICE T ZHELAD 6 DFENE 23D
%, CUDHEZBIFICHEMEL T SBRICE, Z7u—
PN NALDIHE A B IRIEFE DSBS 2K 73 & D il 72
Z T b T, CUSMICHSEL 72 b O»AT]
RIGEID3D 5, —17, KEORL 2 OEERE % K
BLLCERCI Db H S, Tabb, Ju—n
VIR FESRIHERS D 6 DN s, FEICE VT % B A~
D6 DFERDRITH, IRNZBHIRICE S 2 570
BT H B,

B, BMALTBE W LELT, KEIZET
2HEHAD 6 DN, BTHZEEO THRIHE
T 7 AR X — 24 (the UK’s Early Access to
Medicines Scheme: EAMS) 214 @ X 9 2, CU %
FEBHEADORE L 7 7 A OERLEE 2
%L, EEERZTRKRERREL G767 THIHR
BHEE bEFINTHBEIETH D,

Z 9 LMD CU DEEL R L Z DR 5
Bonz%¥0NE, F7v 7 - w REMHLT NEH
A ) X= a VHIEANORM R 7 7 A, % HB
T3 EERTEICH D M BT, U ZA RS EHALRD
DTH S LHEET 5,

(5) ERPREAER CERARREE (2R OMHEICUET S
CU
CU RGN & 29928k (clinical practice: CP)



Jpn Pharmacol Ther (ZEPE L R) vol.52 no.11 2024

OFRNAZE L T w5, CPIETSHE, L bIEIEN S,
CT & CP DKL, WiHIIFRDOEEHED D,
BEFEZHORDEEZEDD, THD, ZLTCTD
WarEan 7 vy LK (randomoized
controlled trial: RCT) T» %735, BEH 7 CT D%
X RCT TH %, £7 LGz IEMEICEFET %
LEDHEETH B,

CU I, "iRBR, BRI d 2 RREEZ IREHT
T %, L7zd3>TCUIE, CT (GlBR) & CP
() L BRI AAET 2, CT IXEHliA H Iy
DORFENERTH Y, WL L TottgzRio, 4
SN E TV ALRERD BE DR D 72 I H
ENb, —H, CPIFHDOHIDEEADHIEZ EX
LT3, %28 TRE 13 HATERS SRR
7% EDAREED» S5 7 01f7 ) KRBT, £
ICRER AR Y — (MK D HEE T3 sponsor) &
%5b5DTHB, TITARYY—I, HATILE
HERMEE ORKR b T 223, EEEICIX
WG DAl - R - BEHOTRT, FhiFwT
NICEMLZ b OFEMEEREZ R THIETH % 9,

CT BN AWED—HTH %, ZOWIELBED
XBNZ 2T, Rovert J Levine 13 Z DXAIZZ 415
25200 TN, EEITADOHND O A% TR
METNy ENAFEROZEN - GRMENKR I N
TWEDTHAS TERET IV OAREE L7z, Hi
B O IZBH, BEDSIIMEE %5 b D% EHIN
i (innovative therapy) & L 7223, £ TF5RES
T2 | (non-validated practice) & 5\
Z 7z, Levine X BEREDBI N2 6, WFIEHNEFE
DHOLTHEENE HDIE, BFNENICELS T
9% & FREDBIHIZ 21 2R E L OFSEEFTHH L
7= 16)O

CURRTIHEI N TR WBh DFGICIE D 553,
BIAHRILD b & TRED 7 7 A 2 BT %Kik
ZAIEICH D, WEICHGIZER LS T2 L7
X AW oI I THEDRETH 5,

(6) HREMAKDANILYVFEEL CU
NE 2 NR ET 2 REMEDOMPLYFEAIE LT
1%, tHSEERZ (World Medical Association: WMA)
12X 3 T~y v *EF ) (Declaration of Helsinki:
DoH) 7%, AR b > L BIACHSNTWS, £

FZERCEXEELTEEFN TRV, T2
CU ICBH# L 2 HEHD G EN D,

K= F 7Ly v 7EFERD Jan Borysowski
513, 2020 FEDFHX 7 T THFEE Lo BRSO
] ) (treatment use of investigational drug) D1
B 7L —2b7—2 L2 8HEHHZ p2 565 R—
PIiblo T Tw5b, 2L Tp6T MEIEI 1L
TR WIAERFEF D X 1 (The dissemination of the
results of unproven treatment) 23, ~L ¥ V¥ EHEF
D ITHTHREIN T WS LTV 3,

WDFIHT 2~y vy XEFIE, 2013 FFD 75
DIV 7 AN LFUGETIRD, REBEDH 37T IHD T
IREERICE T 2BEEI LT vsir A (unproven
interventions in clinical practice) T& %,

ZITEY, COHDMERZES L, RYIE,
2000 EFD Ay b7 v F e 2PN TWETIRD
320H, R\»C2008 O - 7 OLEETID
35 H, 512 EElo 2013 FOWETIRD S 37 HT
HY, ZNSONFIH2OBHEITHbETAHLT
DML 72 b DEHRS>TVD LI,

72 L I s DKL, bR X9, Eio
3DDIRDTRTUTBVTHS DRZICHEI T
X, 7, ZOHEIIZI OO LWL, ZD
BV ESRCHBEL DS, HEFEDHF D B
FRVEHBLNEZADH D,

VY Y RFES DO TR S 172D 13 1964 4F
74V TV e~y X TO WMA B 18 [HllF
METH D, ZD 60 HHERZ L & %A% 2024 4
10 HE 75 MhEERE1E, HO~LY v X ChES
Nb, TNETORMD S AT, CU ICBHET 55
HTO—HEOMEREBHFE NS,

[ESER]  AFalifetz, 2024 4510 H24 Hic, 74 v 7 F-
LY v X CHBEE N WMA 5§ 75 RS ol sk
BETRANLV S YR EEBRAR SN, bk Ty v ¥
HEO~NVY Y XWEIRY TH %, SETEITIIERD 5,
RBEDH 3THITIE CU DXF B HVHDD, I5IEIES
NCU & DIEEDR L DEE - HBEIL > TVRBE X I 7,
Z I OARGERER LB, ZOHEHEZ I ZIKHFAIE T
7l ZEEL,

COHDY A Pk, THFETEEL THKRFEICEB
L MGEZ LTV 22\ A (unproven interventions in clinical
practice) ThH 5, 58, HAMICEAIED CU DFER L
BRES X SIZIADYY, ZOF 37 HIZH Z OB S 6125
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K ahdbliky, ZRE2B/HLT FHESICK 34500
D2ARAFED NIV VY FEHENLVY VX WETIE 37 HO H
ARFEREE THICRT,

F37E BRERICETIAAISNTVERVNA

HRAI N BFEELA I RBRN TR VD, £
7 FERRBIC ST E BRI, 4 0 BEOfE% b
HEELDER2ZREBRIELZDT 220, FRHHIN
TLAELAABHO SN 5T, 2L, Z2atkef
B % Sl 2 72 0 D EDRHRETRETH S, 29 L
TN ANICEINT B ERMIE, FTHMEROMS 2K, K
D9 %Y R7-EH-Fligz KFEC T, BEPLAL V74—
LR -avey 28208 RH 5, #@YILGEICIET—
yERESLTHEL, 2471, ERREZGEL %
WEHIILRTNRERS R, TNS6DNAD, ZOES
TED S NS ME DOREZ BT 2 HIWTiTbihi s 2
Lk, IRLTH-oTER S %R\,

(7) BHOBRBREICEIFZDIVFZIL-T—ILR-FT—
5 DfEM

Bl oBEREICB T A 7N - 7= F - FT—
% (real world data: RWD) D il D /2IEIC DT
BIEIEHEARDY, P L b F R sHE
TH D, &I AHD,2024 4 T HAROARTHHEERFT,
AN D FEPHAEL T0D, FHEL IEAR
A HATOR I v 2 - 0 RARENEOBRDOE L
W RYEERT (3) JBARIARR S PR R &
S 25 D ik D> © A 7z SR B I o0 B 2R A 7R
iy (p.1298 ) THRIRT %43, 2025 FEF DM
ElaiciR R I N 2 316 (B3, BREESRSEO M
B, BRI OMEREICEIT 2 k) D
EIZOWTHREL T HIERHRa I, TEMH? S
2024 fE 6 H 6 HIZHDPEIEZ EI2B W TIE RCT O
FEhinsWE# 2 7200, BIZWIZETH 2 RWD DA TDH
HHEEDSH[AE 722 & & ZIEAICHAREIC L T &) 0k,
EALRRELR R IN»S6TH D,

RWD 23 £ 12 RCT 12X b b &5 3 2D ik i,
ARHSCHENEBX L 72 b D Tld 7z, DU otk
HLFTHLHIERICB I 2bNbNDOEZLTHD,
PRI &9 IO THE L#ERT 20T
W EICHBE W&,

Oxford D #2245 5127 Richard Peto 2333535 12
A D 2020 4 D NEJM IZ 48 #( S #1172 “The magic of
randomization versus the myth of real-world evidence”

P DOFEIRICEHL S 2 FICIZRFDHXLTH B ¥,
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ZITE, T—YDOEPELKEAHILED, FTUF A
B X ZHERID N T ¥ ADMRFFCE R WD
FTRZDLDIFEDL LRI EPBRST W3,
IEARE - HAEEIE, ToEF 22
B % 32 % | (evidence-based policy making: EBPM)
LR D ELED - D DHETA K I 4 12D
W, 2020 FEICHEER - fEME Z L Tw 3 9, &
SEFEIE T UL 1996 IS RCT S X OB M Loz o
CONSORT ¥ S i &G A4 F 7 4 v
(reporting guidelines: RG) DWER & o7, T/,
BRSPS AT T 4 v 7L Ea— (systematic
review: SR) 7z EFERMLRIE T A VIO WTH
£ 400 tF& T RG PFE SN TS, I 5ICHEL
® RG % 5 ¥—7F % EQUATOR Network 23 2008 4
WIS ASCHW SN TW» 5,
IEARSIZEBPMICRG #2009 Zkidzhib
DFEFREMEZ b D LIBT3, 2017 412 SR D
BHIRCT % 1[0l 2 BRI EF 25 S 41, A LU RCT
DRE LA D SRICHAAEN D72 L, SRDHIC
FEDME U Tz, 1990 FFfRUICER £ 5 SR DR IF
Pl EBEEFEHTIIZORBREELSED 2R
H, 1R, FRICEOE W RCT AN EEN: %
WMORL7LHITHD, EBPMIZEBLTHHFICZE
TYADBICHEET 208035 5 9 LT 5,
TRIRRERIE, 2021 4 HAK R #22 EBM £H
&Y VR Y7 L TData-driven Kampo Medicine D ¥
RETREME, 0 I2B VT, v RPAPELTIEY
ITF—=Z X E D 10 5% 2wl T\w b 2,
GRiE TEREE y 75— & 13RI SR 22/
AzGERe, TWITHEERICER T2 71y —
LV E -« ZEF A (real world evidence: RWE) ;| @
R E LCHimE i gzons 2 ebdb s, Lo
L RWE &%, #&9 7—F23RWD 2> & 9 o & 1351
RICCRESINLXREWIRENTH 2 L WHEICR
NTWw3, 2LTC, 1) €y 757 =225 1ERCT
BRI 2 b TldRwy, 2) Ev 75 —4%CH
Bz R I ERRZ R TREB R R 2bIFTIER
VW, 3) T=FEBILITNE, HEEDE WO I
LA EOBEIE THEICIZ, BRIk S, 4) T—
YEDIBETEZONTL VY —F I AF a vid
FO BTN 2 0503H 5, ——LERE Y 7
T = OEG BRI L OQEEZEE L TWvw2,
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¥ T8bHIZ, T, 1) RWD & RCT DXt
ISR E S e T K, Rl 2 s 2 TIEX S
IEBHILBAETHD, 2) RWD THBEHE Y
7T — 5 DS RWE 28I TE 2 b Tld ke
{, 72 & ZIZRWD 25 RCT Z i3 % Hikhan
PWEHRDHIENDH D, 3) Wi, RCT TH RWE &
MDD IIEHTE T, Auek 7 an
SR EHRE LEEROH B VY —F 7 T AF 3
v, RSEHER 72 & OBIZEITE T IS L 2w
FTHA Y DOFEDHEMICZ > T\ D, — LN,
RWD & RCT 7— % Z#AHIICH V5 217 T%& <,
BAVWEFRICLEDS T —YORE=HETO
2, Ev 7T RROFL IR L D EH VST
TRWIEA D, —EREATVS,

Beate Wieseler 5 1%, 2023 fF12 BMJ 36 CZ DY
Bzl T\ 2, BIgYE (observational study)
TOYTIL - T—)LF-F—=% (RWD) %KM
NIVABGRIZE T 2 BAREICHW W E W) B
PHE->TWS, L2L, ZN6DWMETVA it
FEDOBENRE2Z R 2DI3EL 72 DTIE% L,
B _E o BIEPEICE T 5 RWD O A1 13 A1
T, ZO77a—FIFEREMETICE T 2R RO
I T B HE S R E LT b, 2L T,
BT — ¥ O BRI O lX, RCT DB
AJREYE (feasibility) % i3 § I HBERS T %20
FRAEEED D 2 L HIBRT WS, —F, EWET
BRI 72~V AT 7T RELT 27012, 7 v uil
DR R ZTEH L 2036 HEZHR T RCT D HEffiz
ISIAZIT, & L TR OLMIZIT) Z & 23A[HEIC
oTw3 EWBRN, RCTADL YR FY — (HK
D& AT L) OIEM, 779 7~T714v 70
RCTs DI, 78 774 7 (WEID0H25) 77y
F 74— b 74 7NDIEH, HEDOXH (control)
O, ~2% =781t alLoiEi, Yhruilg
BCeoOMH AL 2K EFE (R4 X
(Bayesian) #tals?) DA% Ex2ZEF TS,

%38, KEFDA &, o DRI (flexible) 7
W R GABR 7 A~ D3RRI 2 R B FEIE (emerging
disease outbreaks ) DELAHBICKEL THHEHTD
2L L UEHZEIOTHS 2,

(8) BEBDAIRWERETO RCT [FIEREHD

MO ENEZ D 2D D ET BI2iE, Dl
E LB TR & L7 7 v 8 AL iR
(RCT) B AHRTH %,

Wieseler & 2 13 £ 72, BEHODV 7 WEETIE
RCT 3BERNTIE RV E W) TRIE, A—77 -
FZ v 7 (orphan drug), 7V b -4 =77 Koy
7" (ultra-orphan drug) DOBIFEDKZEHIZTAR2 L,
FHETIIEVEKRHL TS, FAYD T~ 27
7 DG EEA B oW T OWFEFT (Institute
for quality and efficiency in health care) DFHA T,
2014-2018 FEIZ F A Y HigICHEAI N A —T7 7 v
- F7 v 708 60% TRCT BFEMINTED, F
7BV DIEGI L X D & RCT DIEFIE D /5034
S RIFENTH > 72, TSI A T ClinicalTrials.
gov TIE & 17z SR T, FHHAIC 1 ADREX
DHADVIEBICE W T RCT WEMBI LT, &
52 RCT DEBTTREMEIC DWW T Y, RE I NIH
FeM 2o UGG B M) v S ERED 6
DI2 2 D1F, T/ ZHEAREAER (pivotal trial) 23 RCT
TfIbN T, RCT COEEKLE, avtu—
LD\ 1 BEDEIARGER (single arm study) O EH
Baesrdt, BEDHDBE L, BEBDBY DT
7 V7 MMUDIETATRE & T 2 DIk5ERTH D, B
FRODY L IOMETIZ AW EPEESI N, D
ANBD LT RCT % F4HE L AR % WEGR 3 2 i
BITEDORFE LA TV S,

7L, BEAEEICB % RCT Eliio I
DWW, EMA2SFJE L7 WgE L T Tw
% & FERIZ, Wieseler 5D RAED Z DR ERSCHIC
LTHIE LRl d ) FEndsfibinn s, Xk
b Y iF TERE X CEEECEO BARER 12X, Mt
AD HSHFRIBIT 2 ol & L2 7> A
BRHETH 2, T v AERICHT 5 Do
N7 7a—FoERIKS 2535 2 L
X, TETVRIRHEDLBET T NDT 72 A%
IS 2 7- D DHHENDETH S £dH D, 5HD
RWD D HE~NDMFRIZOWTDOEAZE LD
DTH5H D, RWDDBRCTIZRHHHZ b DH
I ERFRNICHERINTES T, T ET v R
(evidence) H E DA KEME 72 TRIARIL, %R
THEECTH 2 Z Lo 3 HTHRB LG E 2> T
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w3,

2. CUDYO—NILVBEEMSZERIE

(1) Compassionate use DEIR

CUDHEN D EZTIE L O THw s,
ZOFERICOVTEHS TR Y, Lo L, KRER
HEADT 72 AHPMUAND S h PRV R % #
9 compassion # b > TSN TV 5 Z & 1X, KK
RIANDT 7 2 A RERAERIC & 2 DANEH DL T
HY, CU I Z DR EE 2 B8 DR THI A Y 725 0
JBRE L TGERSNTELZ ERZTRRL TS,

5k, KE - EMEHREMSE N (Food and Drug
Agency: FDA) 13I8 R D inE o0 fI b S
72 1987 fELAREIC, fTBHGEE LT CU ZH WA Z
Eld7e v, fTBHEE L L Tid “expanded access” %
etk h, BF - BEh - RFEIECU LHTbD
EFHIL T2 2,

(2) BRMICHITS CU DRRICDWTD ECRIN D
HE

4 %V 7 Whitfield 5 1%, F¥® Licd 2 KK
B EMOBE TR L WEE R BEFICRMET 2
CU 7’'v 7" 7 103, WM A (European Union: EU)
ANODOHTIO% L E%2 5D 510 7 (Austria,
Denmark, France, Germany, Hungary, Ireland, Italy,
Spain, Sweden, and the United Kingdom) 28\,
EDXHIHHI STV 221 DnT, 2009 i
R M Fig R F 98 HE 8% % v b 7 — 2 (the European
clinical research infrastructures network: ECRIN) %
U aLRE I 2 A 2 47\ 2010 D Trials 7512 $8i
L7,

EU Regulation 726/2004/EC (¥ CU 7’0 7' 7 L D
BERIZOWTHETH D, EURBICK W TOi—%
HiEL LTw3, L L, ECRIN ®FEAH I,
ZNZTNOMBEN T > 7 FRFHEZ AL, K
MTIE CU BIEAE TR U X ) IS ntwvi
WIERHSPITL, 10 2ED 9 B 4 »EIE CU
7077 LN T 2 8RB 2 b o Twuieho
2o 10 A EAEICIE Y 2 fE— D FHIHIZ CU 7o
77 LDEEPUS L BERICH S I L THo Tz,
CU 7’0 7" 7 L DEREE & 13O ETH B 2 &
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ZHREICL TV 201310 nEHOW, A=A Y 7-
TIVAR AR D3 HERFE ST, MHER
ROERERDTOLZDEA TV T « AL VD
2 A EEEDLOWBEIZ T o7, 1BEAED
Tk, CUZRZ 7077 Mab (R ol
HTF~OME D KD T o7,

Whitfield 5 1%, CU %/ A (intervention) O 2§
(benefit) &5 (harm) ICOWTEHTES LT
VA% T2 3 yDThWY, HKAEBICH >
THDLLILETERVWIEZWHFHL T2, CU
DHMZEHE OB L, ZoBfIEED
BEEZFL5DOTRITIUELRS RV EFRL W
%, CU LIRKGERDERZ HWFWITT S I LI,
CU D5 e i3 EHROINEE b sV A7 2 b
7269, BEOERIEL T s RIDb & T, &
FHOBLBEEICTE T 2% D Mg 7% (vulnerable)
HED1DOTHE I L2HEA, CUTRT T L%
H\>F R VIR (grey legislative area) (ZE V>
7EFICL T ARG, HiETE» LERZ R4S
NZ LR L T3,

(3) CUZAY S LD O—NILBERERNRAIR

A %) 7 ?D Iudicello 5 1%, ECRIN DD 5
D1Z L 7D £ 223 1m > 5 To 20 2016 4
12, 70— SUALDSHE A RIIFSE D3R 5> A oD 3l
a2 T 29T, CU (%%, Iudicello 5
\& CU \28 2 CTKE FDA DIEK 7 7 £ A (expanded
access: EA) DFEZ V2O HEIEE LTw3%) 7
077 LADERPHI TR > TV 2 LIZDnT,
70 =L L RV TORERBIAT R E LT 5 2,

55D Whitfield & & [/ U £ Trials 5612 $8# S 172
Z @ Expanded access program: looking for a common
definition (JER7 72 A 7077 L lOERE
FkoT) OfiiHE Y 4 P LD ZDFLIE, CU 7R
77 L ORI FLCR U T 2 230 IR
ZHlo L TwahrzE, AFY)7TOCUDT A b
ANZED L) ITHHETE L 0DHEHD H 1T Tid
LCTw3,

WM TDOA—=FDH L LT, BRINERST
(European Medicine Agency: EMA) (ZiRGERD B
HHSAER RISk 2 AL L 2Tl CU 7
07 ADSMELELTIYES) 2 Ex2hbF T
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%, EMA OE#£TIE CU IZEMOERIN:, 242t
Mif75 1 7 &% 58X % Open-label extension study O %
NEFLCHDIZR S,

TIudicello 5 (%, 1) EMA D% %% 13 K[E D FDA O
k77227075 0DEHLEFELCICTZ I L,
2) BINCToRNIE & ZBIRITRE L SNTLThH,
HEOHFNC X > THL b DN I N2 081D
2, 3) k77w Rx7u s oA LEKRRBOL Y
AR —BAMEOLDELTEEDSNINE,
—tL T3,

Tudicello 5 i%, CU 7'wu 7" 7 & & KB & % 11
gl riL, £ —-icEELZHCMEZETORHA
(exploitation) 75 {R#$ 5 L &b, CU v/
7 L EEREE LSO EEICRBICEET 2
bDETH LI TRL TS,

@) CUZAYSLEEEN3IDD TV T~

Bumnik & (%, f2#if7% CU 7'm 77 4 (&,
Bunnik 5 335K 7 7 & 2 70 75 L (expanded
access program) DHFEZHWTW3) I2b7 6 X
N7z350 T2 7 b (shift) 12DWVT 2018 4FICHE
FILTWws 2, BHiN7% CU 7’a 77 50%, 1) #i
NI TH 5, 2) (fIANDE LD P GEE Z &
$) compassion 25 7% I415,3) (HAEHNTEL)
BRBZDE1OHNTH 5, ——D 3 DDJHHI (key
principles) IZ® & DV bDTH o7,

Lo L, RERHADT 7 2 AfHEZ — it &
H2EE 1L, ZOFHZZEMIE, REICRKRIE
EERMCLCZD7 O b ALT =2 EDDLI L%
PR % a default option (PRIED 72\ EIREE) 104
BIETW5S, TOCUD3IODJFHIZEKI T
> 7 M, BEDNEARGER LG L 2IRF T 5 L
(therapeutic misestimation) % &, FEERBED 7%
VIO MARE (false hope), KD EE (safety
concerns), E&EICEIT 2 (funding issues)
R EOF T P EEZ R E I, —E LT
%,

% 72 Bunnik 5 (%, BRMIZEWT, CUIKDWVT
DRI I 2 W2 b D L LT, EMA IC
L2 N#HIRED B 2 #E% ) (adaptive pathways) D
A= 77478, EEICET 2 TRIEERL 7 2
£ A A ¥ — 2, (the early access to medicines scheme:

EAMS) DA =3 774 71D 22%HIF T35,
WD H B R 1X, EMA O Eichler H-G % Hil»
IR S LT\ B FTROERIRBHFE & A&GRICBE 2%
BT, DVAPHEEBFEERLE TREINTVARVE
LY ) (unmet medical needs) D& \WIE B %
NRIZ, BEPIFHEEZ LD LKH12T52
EZHBELTwE ®),

WINTED & 2 1 EMA DEZ T, 3 DD
Hi oM S5 2, 28 1 1B 22 B - A&GE T,
RANZIR & N BEETEL T 2 KGR L, % DORBEREN
WINREBEZIAT 5, b L RO BRI
Hz b LIcEF T E &L, 20RIEAKZICH
T4 5%, B2 3EKAERT — % 2T 2 HIWT
RWD %IV L THIEH T %, 5 3 135AFE 0 F B
b2 & [ & R EANETAT RS 23 B 597 5, ——T
b5,

(5) WHO IC & % MEURI D##%

TR EEERY  (World Health Organization: WHO)
1% 2014 4E1Z, Ebola S v 7 2 v 7128 5 K&R
EOWRFEHWHEHZ o C 2 MAEMETOHRS D
HFC, fERD CUDHEEIRZ DBEKRA VI EL 2
DTHOGEWI EZRELL, FLZ2ncflbs
F5E & L T MEURI (Monitored Emergency Use of
unRegistered and experimental Intervention) % fetd
L7,

WHO @ MEURI (&, FfPRGEAER D HEfH 238 b 70 o
Bt DAKRBEORZMIMN 2z EM L Tnw5b, Z20F
TEQRRT LIHIC, B Y VI DVERETHAREEIZ
eI NS, WHO IZ T2 k) BRI, @
Ve 794 v SRR E T2 XD LoD
E LN AR OB Z 5T 7- DiES /) L TiX
o\, Z9 LWL, @i TY A v InE
fEZ %61k ) RELRFGEZAEZICH 6T
WAL E Lo T LN TES ) EBRRTW
% 30)o

Z D%, 2019 FFRICKE A D COVID-19 N v T
Sy I EFE L7, COVID-19 ICARN AN £ -
7 HER T, ZNE2RTRCTOARAE—FT7 v 7
RO SN, ZNUBATRCT DAHERDFH L »
LY 72 5 E 7z, WHO D SOLIDARITY + 7
A 7L, FED RECOVERY k7 A 7L 32 PNz
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DERDO MBI TH 5, £z, WERBEREMIZOW
T, ZOHWIZHIGL e T —F DAZIFENILE 5
Z L TAE—F7 v 79 % Fit for purpose DE) Z 3
e S Ntz

RVLDZEAL D T MEURL DEAIZBRE 25 b D
D IEWRREN, CURZDHLNELLR
2L TH B, EEMPTE D B HK
EU %5 /& D 322 ICH 0T, 20 CU 22U
BED Y — X (efficacy: B) F 72 13 AGHIE D >
) — X (mutidisciplinary: M) ZHY) _EF Cikim %
Mo EHEREINS,

3. BEOFEHTHICEKIFTS CU 7OJ 3L
DEHEH DS DZEY

(1) =E

WEICB T, CU D HEZ BT 2 g 4
FRIABEIR G 7 7 2 2 2 % — L) (the UK’s Early
Access to Medicines Scheme: EAMS) il 1-13) 23]
HINTV 5,

2014 4 H, EZzfFTRVRWICH 2z
v LEERESRNOEHE I, HiER TRk
SN VEAHEYE ) (unmet medical needs) 2%
Hiug, LD ORKRENDRL 7 7 £ X
ZA[HE & ¥ 5 EAMS HlJE03RIE S 117, 2 ol
IZId CUDHENEC AR fLahiTne s, ZoflE
FEAIC D LoDk, BREOAGEZEARICL
WL LCHiZEL, 8 4Ez #Eilsk 2022 4: 2 HICik
Acd EOKHIELE o7,

Z O il EE (% B [ R 3R S BLHT T (Medicines and
Healthcare products Regulatory Agency: MHRA) 73,
B, [ R EAS (National Institute
for Health and Clinical Excellence: NICE), [E|[EE#
#—E 2 (National Health Service: NHS), ¥ X O'H
R AEGEIKT 4 L 7 # — (National Clinical Director
for Cancer) %z & {r{fi4 (Department of Health) &,
2007 LUK L TEL D DDI20124EICF L £
bDTHL, WETHIBH»S10H5HD 2
YHNT—vay (HADX7Yy 73Xy i
M) 2RTCEMINADDOTHZ, 2V F LT —
vavTeliEnaERIckD, FEETIEHEOLA
bd D EINTAARIED, BFEICK D IEERMES
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N3 xX51%o>7, EAMS I TRESIN TV
BRAANAEE ) DI COEFIFE D BEZDH
W7 272 ZDMGEZ B L T 5,

707 MIFEELFEN 2 OFEL L, F 1
IZ, 7R LICHEY) R ARKRIEE L TED LI &
FHCHbDERFENT20TH 5, 821, RCT
DT — Y EBIC K > TRRERZ 2 CREMED
CUILHNT A verT 4 7OREDBEIRTH %,

EAMS ~O HiGE 1L £ THEEMEOITE 2 6 15 £
2 DWEHETH B, ¥ MHRA (2 2 Bt D HEE
2T 9. AN THARE DS S T 2 FH B IR
(Promising Innovative Medicine: PIM) f5EH#E, X
VT EAMS @ TRFERYE B ) (Scientific Opinion:
SO) HIEET, RN & BHFIRAAIE DM 28R
TLHWHRIOEATH S, TNSBTEIC K-
TR T4 7 EHNE, EAMS 25#H I N5,

WL, RRTELWE RIS 2MAE L LT,
HRER,  RIEBANETAN, fREER CHEELSR NS,
%72, EAMS O b & TMRFEILEE L D EBICH# S
FEHIFFR COMHDOE =Y —I N T -5 %2115 C
EMTE S, HUIRBEEAMEHliEERY TdH 5 NICE
E DRI D, EAMS 1 PR iAER % BHE L 2%
Wk, BAFOBIBRE CEERRBROMAANTE T
BICHEI N5,

EAMS I3#lfi 22 2 12, "RIHRBEOFY
HHID CU %, BEIEEBHFE DML D H I AT HH A
AT, EABTIEDTELRES),

b5 A AE E Ao EORFEERE I35 2 DT,
ZOFFELPZ T2 LI FRITF R0 d Lt
o, L L, THEFIHTEADBEDORIHT 72 A |
BARMLICE L To, BEOITEM\7E 271K
W NERDEEZ S,

(2) h+¥

A F 7 1#4 (Health Canada) @ PE3E KT
288 7 7 A 7w 7 F L (Special Access
Program: SAP) 3 23, 71 ) & &M EREGHIES (the
Food and Drug Regulations) @ Part C, Division11 (<
bEOE, AMEFFHEEREEAFRICKT SR
EEANDT 7R AR L T %, #4713 2006 4
3 FICHE & N7 4407 & PRI SR S 38 T D SAP
ZREL TV,
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BEREMRIIEE £ 72 13@E2 &0 T HADOIRE,
2, PRI EZ S 2 L TE S, SAP
&, BEHEEICH W TR ST, RICHTL %
S\, £, HKRERD N4 SR (bypass) 1ZH]
WTEZ SR, BHEICHWEZ A F5 T TR
w§m%E%mbﬁfL&m# VAL DR & T
RBPRETH B, A V744 —LFavrrrt
(informed consent: IC) Z 4 THIFT % 2 &, KK
AR & DORIRBILR 2 50 T & 2 L EEMIL EERG T

WCHRET A2 ERRODENTVD

Z O FEH (Commonwealth) :}.%'3‘%77?‘57“0)
CU DL E LTUE, PATF 740 (N4
777 ODAFICEHINL L, Eblﬁ*ﬁﬁ%b
O TAIELROTAERIET S0
2022 41 A%&%%%%ﬁ%&ttﬁt&ﬁ%&
YABHIN®, CU 7’17 J LDOFEN LD
Kot Twa Z EpEHENS,

(3) A—XK3VU7

FIUCEEIIETH2A—A TV 7T, KK
RBIENDT 7 AT LT 5 AX— L1032 DHTE
T2, TRl 7 7 2 2 A2 % — L4 5 (Special Access
Scheme: SAS) & "HERZH T HMGTEHEAF — L)
(Authorized Prescriber Scheme: APS) T %,

SAS I ABEEZNRLETZ2AFXF—LTHY,
APS BEBDEHEZNRET 2 AF—LTH 3,
2024 47 H 1 HEARIE, Wb 05 # o BERlid
XV 74 v THEET 2, APS &% 3 ICIFBERMID S
S L O L TEIKZREINLILEDLRD 5, @&
TE % T T AR IR AKGRIRAT T 12 & 72 - T F Hi 34
%fgb! 35-37)

F—=—AFZ2YUT7DCUDPLDELRNFYONE LT
1%, 2024 47 HICRENA ¥ 7 4 ¥ G50 FEHE S
NpILEER, aF—F I AL TDCUTH S
APS IZD VT, #%ibT 2 A4 VAR FHE L,
WP TOAF =L T2 L) MESIK SN TWS Z
EBHEHI NS,

4) 725>VR
77 VA 89 1% 1998 B4 (Decree, 77 L)
TARAKGRIMEH DT ERFFAT (Autorisations Tempo-

raires d’Utilisation: ATU, temporary authorization for

use) HlEZED, HEH L TE 7%, HEARMWITHEBES
TOFIERAIFEE SN Tk, 2O, K
EUE, HMAREFEZNRE L EHBES AT
(named patient type) &, HE#FH 3k — FER%E AR

ELl7akr—1+%47 (cohort type) & D 2 FEEHD
H25IETHD, HIHIZDWTIEIMNO FLFHE D
U I LIRHIP O S B BEZRRELTED,
XFRAPH & MBSO BT IR E T L DRE &
7260“@)7’:0 B ITEBEREN CU ZHHEET 5 L v

, MBENCHIR R A E R>TE D, BHEEN
’\o){ﬁ'}gfiﬁﬁ EEbig, REABICHCET—5D
FHINEZM 2 &) HBHRK ST 5, #E
DWW T, REPKRIRER D m;ﬁkﬁﬂiﬂlﬁ
ATU ZH[JHL T 5 E IS T 7z,

2021 4F 6 H, BURIZ~V R 7B & R
Z X DRI T 3 - oRER 2 1T- %, fE
kDar—t &4 T EREHRNIA T EDATU X
BEILL, #ifc e ARKRBOMHE AT DA X —L L L
T, 2DODAF—LERAFL 7 339,

- 5L 7 7 2 A (Acces précoce aux médicaments:

EAP, an early access authorization program)

H- ax—F&A 7 ATU YT 2 i icaiad vl
&, H - BENEDA ¥ — 2 PECT ISHY T 2 1filk
TR0 5,

- BT 7 € A (Access compassionel aux médica-

ments: CAP, compassionate access)

IH - 5485 2 A4 7 ATU & BIAHIILTT A ¥ — 2
(IH - B E 19 FH 2%, Recommandation Temporaire d’
Utilisation: RTU, off-label use of authorized medicinal
product under a temporary use recommendation) 7z &
P55 5,

BT ELTIE7 7y AEZREHEE (Haute
Autorité de Santé: HAS, French National Authority for
me)ﬁ@£%®%M&$%77&x,ﬁ@%§

BEREICHEREBE2Z2AT 28 TH 5, EHIL
§| & e & E LRI - PR IR AL 4T (Agence
Nationale de Sécurité du Médicament et des Produit de
Santé: ANSM, French National Agency for Medicines
and Health Product Safety) 23t/ & 7% D), HAS &
ANSM (3B 2 %2 5 Z LI > T %, HAS
FHIEOENAEOMRE 2 HE L, HAS OiE %@%

-

H 4> (Commission de la Transparence: TC) %% Z
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fEiY7- 5,

B 7 7 2 AR FIS 7 7 2 R L FERRGIIHC
b EOLKHIET, 77 v ANRE AL CSP D
LSI2I-12 RICHESN TV BT D 4 5&M4%2 T
Tz THEaICEN I NS,

1) WY IBEED 720,
2) RO ZIEHTE 2\,
3) WERBROFERICY £ DV TERS DA

LMD HEESI NS,

4) Z OEEIESIIRHERR I BSE 2 A (control)

L L CHIINTCH B EHEESI LD

HAS 12, ZORM7 7 % Z i 130 PR SBR 1 AR
HBHLOTIERNI EZEHF L, WRE KD EER
DHETHOERAEIHEE 2B E2 G0 5 2 L 2B
LT HRNEDRDH S, — LT3,

ZDT7 7 VAIZEIT S CUDERNFENIE, i
5D7 7 2 AHIESHIREERICH D B 2 b D TR
WZ EREE Z, BRRBOFRICH DT EHE
m DA & 2R  HEE I N A 5AICHEA S
N, BEOLREMEEML 2056, BEDZOICE
TR 2 T ORAK 6 N TW B 2 ETH D,

(8) ARA Y

ARL D CU X7 T v R LM, FRbEDEEIC
BRAE L 72T TH %, EINEE L 2> TV D0E
[E4 (Real Decreto: royal decree) TH 5, FEAFIE
FBLECHEHEO TIAIE L, EaREHO EEIc
BN D 7 v 7 % b OIENHIEITH 5, BAD
DD EZIIHEOND L) EERH D, Ba
YWD 2% Pd 2 DI TEINTH 5,

CU ICBIfRT % D13 £ E4r 1015/2009 T, Feill 7%
Ba ORI ORI e 2 Bl L Tuwv 5 8.0, &
HNZ 2009 47 HTH 553, 2024 47 HOBIEE T
FARE R B HEHIZE D> T,

1R . MG, 1) EES KGRI
ML TR WEFICBY %, HIsHNRELT T
RO NENHEH OS2 ED 5, 2) %% H
e LT EHRMBOMEHIE, FEA O HiFH >
skt nsg, zio FEREEE BRI, BK
AERDOHLHNHE ) DR D B, — L dH D,

Wom SO a v Sy v a x—MEHD, B
75 - BEHEDa Sy ar—Mi~NDT 7 &
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2, 77 AF 1) #7772 DKGE (Auto-
rizacién de acceso individualizado), 2) %€ 1 7z f
#Fi] (Autorizaciones temporales de utilizacién, ATU)
DOFTNDPDFIHTETTES, —LdH 5,

AL D CUDKHE LT, £E4 1015/2009
DHIND FTETRTEREMT (Agencia
Espafiola de Medicamentos y Productos Sanitarios:
AEMPS, Spanish Agency for Medicines and Health
Products) ZMERIEHE FALTHEAE L T8, BN
CTHIGTANE O BHFEBRE DIEA 7 AKGR R ABE T
TITER I T 5 RIS DWW TR T OMER]
fREOERZHEE S 2, HRESHROM A Z1ES &
CoEaEEfmLL, FREAMLEED S LT,
PISHIEE D b & TOFEHELRS 27 LI bl
ANENDHAA L RS2 LD3D B,

INSITE T, AL VERMTHRHMNE: - &
BRI OV TAFLAERICY E0S#E T4 L
DR DRI Z R E, Wil TOMIRZHE O HPHN,
HEIC LB 74 —LF-avery b L TM
19 BEMMOETOHN & LT, CU DA
AL T 2R HEIN TV S,

D77V AERL L T T VRHED AR I
BT, HEARER, &b EEOLEMREIC
BELAH5, Wbt ToHE L L TlE OBIENZ
MIERREN T2 2 EREHI NG, ZDI L
FlIBRTe X2, A XY AHWDA—A 7Y 7
EIHDTHTH B,

(6) XKE

KENFHMIFUC KR E R I03H 5 KETH Y, ¥
AF Iy 7 CRENLEZ T RO, LaL,
TREITEF L, —E DA RS EAEE DS 132
RET HMhDFHEE & IZ R 2B T IcHh 5, HR
El 2T 2 M k> THHIERLE %, CUD K
9 M 2 B HR U 2 ODREEZ RIS H % D
LHFETH S,

I A CRE TR ERE IR KR 2 TR H
D, ITBIENMATRETRLE V) REY % Right
to Try (RTT) ERAREZTEES 41 DT 2014
BRI L 72 o2 f&H LT, 2018 4E 5 HIC
EOWIHIEE LTRAZL 72 4092, 22Tl 1
% 3% £ 7 R KGRIK X FDA D574 <, ¥ s
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BEDEBRDAGRETHREATE %2, HADFREZ DK
EROREY —ERAL AT L% E ST EIFHFZITL
{, RITIRBE LG HRVTHS I,

RTT %>K[E FDA @ expanded access (EA) %> 2
FHIRLEGER O S 9, RKED CUDIZEALZE
H 2 BERAY A 7 ¢, ZOHBEFHDIZIZ 100%
DBRARSAERING LI ANKD CUDHEEE X
PRV Y (Th>TWw 5,

KENE, WFZERHTEEDOIREAI M DO T 1987 £
T T T CU ZIEHIL L 2EHTH 5, KE
FDA 23WEFE 38 2 NI IR B I B2k L 72 s 13
1970 AU % . Z D% 1980 4ERIC AIDS (acquired
immune deficiency syndrome) /S¥7 3 v 7236 D),
KIKBIENDT 7 A BUBENZWT 550 T
treatment IND fllE£ & L -C 1987 A TIZ U T
Ehft sz,

KEDFERIREED S DFENE L TR, KT
5N5,

1) FDA % expanded access % i IK W %& (clinical
investigation) D KHDBIHI DT> T3,
KETIE 1961 FFDH Y P~ A FERIZFET,
1962 4 1T Federal Food, Drug, and Cosmetic Act
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【訂正】　p.1286 右段↑1行目の下線部
　　　  　　（誤）臨床試験と診療実践
　　　  　　（正）臨床試験と臨床実践

　　　　　p.1288 左段↓7行目の下線部
　　　　　　（誤）苦痛を経験させたりするために
　　　　　　（正）苦痛を軽減させたりするために

　　　　　p.1288  右段↓25行目の下線部
　　　　  　（誤）篠崎恵大は,
　　　　 　 （正）篠崎智大は,
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