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Randomized Controlled Trial (RCT)
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(generalizability / extrapolation)

1) population = future patient
2) sample = study subject = trial participant
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Table 1 Mechanism of expanded access in USA

1960 F{L
=77 > K5+ % IND (Orphan drug IND)
BRI % #E IND (Individual investigator IND)
dA2Jiy 34— 21— 2Z IND (Compassionate use IND)

1970 F4%
=T INILOELMEMAE (Open-label safety study)
JI—T C #* AEEE IND (Group C cancer drug IND)

1980 FA
A IND (Treatment IND)=>=#[38EI% (Code of Federal Register) 21CFR312.34

BT kv 270 ka—Jb (Parallel track protocol)

IND: FZEF % (Investigational New Drug)

FHAERH, FAE—B. RERBEOIVN\vIaAR—MEA—-BXRIZBLTE
BOTOEADREWNZESRADMN—. FEE LA 2010; 38(2): 109-50



Innovative therapy& (&

Levine(1978)[&. “intent-based model”[ZLT=HZ (X[ E 1LY,
“approval-based model”|[ZLT=DZ [XTTAZ 1 &4 HHD % “innovative
therapy” (Table @ C)EFEU, B D/ULVEKR O T=, &I, innovative
practice, non-validated practice & EHFRENT=,

COBZIZETUVT2000FIZAIIL L X EEENREMNFTMAOAT=,
CODEBIFIREL2008FERAILL X EEEISITHELTHRSA TS,

Table LevinelZkAREZEBD 7
approval-based model

5 E%5
unapproved approved
R A: R B: %
intent- generalizable knowledge (FEAERMTR)
based R C: innovative therapy D: 2R
model personal care CEENHZE)

*: FIRRFEMBRHERESERABRRITORSMOER  (2003.2 73R

EAE—H. “Approval”’DEEE: U=7ETILDLEFAIETIA. In: FHREEEEH@EI2HREMEIE. hi ERESEARMEERTEE.
[SHBROEBME BRAREIZFA FT=RBEAIFS1 DRBNETEMEICETIHME]. (HEREE: PILEX) FR22EELRHE - EHARHESE p.36-8.
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Robert J. Levine (Qs3i—=F J. JLsio )

A T RFEFHARFER, FREL 75+ 5, BERELE
WEIZPT 27 2 0 A B EEMROSBERBEO A i, &
F# ML, “Ethics and Regulation of Clinical Research” (1st ed.
1981, 2nd ed. 1986.)1th, FE, 3, FH,
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Robert J. Levine BEE—HB W IEE
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ALY UXEE (VI ILEIE, 2008)
B3Ry B A EET AR CILERAS Y S50

- HAHBEDGRICEVNT, EEASh=aRITANEELE L,
FEFIENOABDTEN B, BEFEXEZELORERZ
BIHAREBEANSDAUTFH—LF a2V HY . EFIRDBS
SEROE-ERTHNIL, BRI, FEEASHTOENVERTS
ZEET S CENTED,

» EL, ENEERAZDGRITATERZND. BEZRET
B, FIIERZEENITIEALHLHLLHHL-GEICERLONS,

- AIRETHNIE, EDABEITAIE. TEELAEMIELFTMT 57
DICFESN-AEDHRESNEHINETH S,

c FTRTOBPIZEWNT, HLLMFRITEE RSN BUGIESICIE.
—RICABASNERETH S,
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NILOUXEE \/rb)L{I&IE 2008)
FEISIHOBRE EfﬁA ER Cldtreatmenté&interventionhYBA
FEIZCRBISN TULVEL =8 BRSO MY D50

c HABEBEDBE (treatment)[TH VT, SEBASNIZAETA
(intervention)MFEELE LD, F= T ETNONEFUTEIN--BE. B
EBEFEIFERLEOERETZEITHAREBEANSDAUTA—LEF -0
RHY. ZEFARDBIEERO-BTHNIE, EEFIL. FLEEASATLY
BLVEETT &(intervention)ZRiET 5 CEMNTED,

» 2L, ENEEEHNZDBRITHAG(TERZHS, BEEZEET S,
FEIIERERMIIEANHLSEHMLI-GRICELNS,

- AIRETHNIL . TDEFEIT A(intervention)lF . B LB/ TTEZE M
T H5OIC FHESh =R (researchy DR ESNERETH D,

c FTRTOHIZENT, FILLMER IR TSN, EUITESIZX, — &I
BHRSNDERETHS,
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J?(treatment)& A(intervention)z X Bl L1=ER

8351 TS

BTE (YYILEILE, 2008)

- HBABE D AE(treatment)IZTHULNT, EEBAS =T A
(intervention)MFFFELE LD, FE TN NEITEHI-T-15
B.BAFRERLDERZEZEITHAREBANDSA U TH—L
F-a e b HY.,. EFARDODBEEZRO-BTHNIE. EMMIE.
FIEEEBAS N TULVELVT A(intervention)Z RS 5 CENTES,

» EL. ZhEERMS T TEGRZRS . BREZEEIT S, F
EIIEREENTIEANHLHLHML-BSICRONS,

- A[RETHNIL, TD It A(intervention)L, B2 LFZIEEEE

Ryl o] e
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Compassionate& (% ?
Zott. EMARTFHEF bR, 2002

DELARND, [JFITERWD, RFEHS.
2) (EICRERET) <FH-KREE>
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compassionate allowance ¥ 5 F &, #BI&, BEKEI#
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*G: BAD local drug

"H: T74F=T(ALyYe)D&LS5IZB AR HFF) R D KA
‘A: HRMIZCRIEToONT-EE (neglected disease ) DZE

THREE FAE—B BXRTRIESKTOVEWEZRL(CES —aV/\wiar—MERFIE. BARFER, 2011.p.134
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(ver. 1.0 EREREEEE 2013; 44(2): 149-51)  ver. 2.0 2013.6.15
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Expanded Access
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=110 REREDMR TR
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5L [EPNETPN
1) KERD#RNIZGCP &SF(compliance) BN ELHD © Tsutani K, 2013
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ver.1.0 FEAE B}, BEE. BRRa/\viar—MERAHEDORIRE

BiELT: F3XX. EREREHE 2013; 44(2): 149-51

150 $FF HAEMDT Y4y e d— FMERPEORETSHELT

Table Bk - B - EEIZB T AEFEE - OTr ATy 34

oW B H #* ¥ =

Clinical trial O O Clinical rial

P Expanded Access i s
Programme (EAP) e i LA
Y Expanded Access to investigational drugs through three

i) MNominative system general programs identified as :
] Oy S W Tk N T v ¥ ¥ r
e 1) Individual patients, including for emergenc v use

Use / Expanded
\ CU/EA) a4

Access (CU/E 2} Intermediate-size patient pop. (less than 100 patients )

patient pop. (greater than 100 patients)

Cohart system 3) Treatment IND or treatment protocols for large

L

1= TEE AR g R -

L {8 A

IE. BEERZEH 2013; 44(3): 109E
F

FEME2SICEROHERFESESSFTESTRE/HAERD > 23y 33— MERAMEORREEHELT X

(p. 149-151) =8B\ T,

EE L NEEQBEAYH NI LI-OTTREAEBYETEVWEZLET. (2 =2 )

p. 150 Table F A

i1E) Clinical trial

p. 100 FHFGE L& & 51TE
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