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1. FOKE, #R, EEHROER

HOVRBIE BEHIBOTHRVEEREIET RESLOBERE L BVWED0, 2R TR
6,000 28R 2% DEENMFESIN, BERE3IBALLZEHEEINTNDS, HFOKEBOERLE
L& TERZN. BAOEE R, EEEREORE. B RITLUORREICFETZERE

(AT, EBR) ICENKHIPERAEER SOEFRAEERES S ORRABLEERS
BROREHE] TE 1) HREK (BRTS AAKRBCHEIL, L, EEHBEOHEL.
AOD 01 %RRELTE TS, ) |« 2) EELOKEUNFNIL, 3) BROATEEASVIL,
EWI3DDIBEREELZ\NVINEHLITEDE, EEFBAENF IV ERAEER FOERAE
B - HORRABEREESEERELTUEETIUNTEELINTWS, BB, KETE 20 A A
Fim, BUNTEALO 1 AAICEER 5 AKRBHIEELSNTVNS, ADICHDZBEDRS(CIRE
3¢, BARTEH 0.04%K. KETIEH 0.06%5H. BRMNTIE 0.05%AKEEHS, -, HO&KE
213, 0% N BRIEREBTHY., 5% NABERINBNEL, LREINTNES,

FOERBEEELT THRILTEEHRBINH 5, 2015 ECHIEINLIHEROBEICHRTIE
BEICBETHEE (LUT.#mH ITERINZHEREE. 1) REOEENIHASHTEL, 2)
SBEAEMEIILTOEL, 3) HOAKBTHOC 4) REPOEBEELELTZED, LW 4 D
DEHEHEITEREEN, IEEHMFEF. NS0 4 DOEHEHEL. HD. 5) BFEBARERICS
WC—EDAZ (AADK 0.1%RE) IHELEL., 6) FENADHTEE (XEZFNIESTEE
M) HHEILLTVS, LW 2 DOEHERETEDELT. BERFERRDEREEVIEEHE
AREMEEL. EEEBROINTREES, 2023 F 1 ARAET3BEREMEEINTNS (K1) ,

1 Orphanet, EURORDIS-Rare Diseases Europe, The National Rare Diseases Office of Ireland 'Rare is not
rare’ New scientific paper confirms 300 million people living with a rare disease worldwide :
https://download2.eurordis.org/pressreleases/PrevalencePaper_JointStatement_170919_Final.pdf

2 IFPMA, [FMRE HEBSEYICLEVRRERIS]

https://www.jpma.or,jp/globalhealth/status_effort/2018/lofurc0000002tc7-att/2018_03.pdf
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https://download2.eurordis.org/pressreleases/PrevalencePaper_JointStatement_170919_Final.pdf
https://www.jpma.or.jp/globalhealth/status_effort/2018/lofurc0000002tc7-att/2018_03.pdf#page=1

1 BAERLCBIHFIERE HR. lEEHROER

FORE #A. FEE R
WME | <HPERAEER-FOREAERSS £ | <HBRE>
ERABEERERMGOIEELYE > O FHEOHEAFBNTHL
O HREH O BEAEFHEIIL TGN
-EAOEEHNS ARG THEIL O RPEEETHT

EEHAEOSBEIE. AODVIRREEETETS | O EHOESELELT3E0
O EFELOLEMNENIE
O MO @ E <ieTHE (EESHEOT >
#HBEDS5, LTOEHOLTERLTE0E. EEFHEBAEN
EERZEFLOBRREEVUEE
O BEHN—EOAZ (AOOK0I%IEE) (SELEV
O BENABHESE (NIZNICETIED) HREZILTVNS

R | Exg, EERSZ0LE, §9ERURLED

BRI aEE (MR BROBEIITIERFCAT AR BFEE

EEHM #6000 (HREEHE) {EE S 338

2. WEBOHR FMRBICHTIIVEHS

R HORBEBEEN DB BHSAPIRIEL. FEEZECERNIN 2., SBEENRS
N3 AN BEBREPTENT+ O THIREHF A BRBEBCERLTN, #F- - F0KEB0EES
AP CRIEDRBERRRTIN TRICKZEBH - MROILRVHE, EEKEICEZH 402
B, PHT T (CEBERARCERRAROERE, BEFRCLIZIEFTEE., 4 BEYEHSN A
SNTW3, INETORMREDMBNAEBIVC S KE2EMICHEEZRT LI, HARRET X
e (UUF. MER) SHREMRCAIEERVEAD—EEIE-> TV H, 2021 & 10 BICHR-
FUVRBIAIIA-A (LUTF AT TA-R) &3LB LT, SATTA-Al, EROBEDEDAY
N-THRIN, BR - HORBOBEIAVIREZEINY S S HRRRACT LT BBk (Cag
RICIRYIEH, BEIAVCIRENSVESLYP TV EOERRZEIELTNS,

HAAIA-ATIRES ., SETIRBEICLZHERF - FOKREBIONITIEVEAL (BEIANDKE
B/ NE /IERIR M, RERICETIRVEASE) 2HZEL, 2022 £ 9 B ICREBO HP £
YRFLES,

RIC,HR - B DRBLCEVWTHEERNIMVBONERBEOREIE PRRIRKDORECHIY . R
VIVAIv-T- (RE~PH~ R~ RBEHER) OXHREICEI2BESAPIREOEYI LY
RECIBIRIILHODENLGRAEEEML, 2023 F 2 ALIHIMEEREESAOERYILICETS

P BARETERR, (85 - FOFRBICNT2EHEVERRR]
https://www.jpma.or,jp/information/industrial_policy/rare_diseases/index.html
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AEIERRL, AABRTHOH G LBEIAPIREO L HREEYI e EBLER, RE
BENRYBEENE 3 DOEEFREERE L,

B AERFEFREUEVEOAEFCEELREE
O BEIMDEL BDERBEROEUSICEHSTS
@ HBLLIZEBAOERE-HMHATELTD
@ GEABEERBARSNTVS RAEENEN

B2ETE. O BEN B RERIBFROBUSISEFTIIELV[@ HARICLZEEADE
2 AR R LTS IERRE., Hi<E 3ETHE. [G® AEERBNRON TN  IRAAEAN L]
REAICEAIBIREZIT,

F2E BR-HFVRBEESANOBRRHSLUIIIZT-VaVICHIERELRE

# - A DRBICBVTRIMERN A B R BBEROIEISE SIS BESADENAT-7
RV =IZBVWTWEW TAT IRV -EDDEAYARE L TWE ] [ RIC K DR EBADIRRZ - FH
HPRRBLTVWS G ELDBRBENFET % INODOREF, SHEXRIBEMREE AR BESADEE
RNE-BEEIIRBLIWG GREIGENFELTRONERIBRONIIHE CLMREETE TR
W) Z& BESADFZIET BEHEAY, INELLBESADFEEAT-IRILY - THET 51
HANESTWEWENRETHEEEZON, BT DEIAMMERREE-12127-Y3V | EORREL
RABIENTERLER S,

[FDRBEESAORYIEICRETZAEICIOT BHEIANBRINECBELTRLUBRYTE
A TWBI LD AN o, RFAECT, RENSZHT. AERBER. FLURAHERICES
RAVIV M v-Z-OL2 ORI TIHERN DB DERBROMBICEFZ LEJEVWSERANZENS
TW% (403~575%) ., XE[MBRINEICBIT 2 mEE | 2R LIELIA, BROEBRTREH
RLTWBANZVRRDIEITE mRELTWREBESAN 554%E B F->THY., [FE- A
BREDIBMDIEJICBILTIL 66.2%DBHESANHEL VRN EAHIBLE, (K2) ,

I BRRETERGR, [HOREBEEIAORYILICEIZHAE] :
https://www.jpma.orjp/information/industrial_policy/rare_diseases/00.html
P ARMETERS, [FOREBEIAORYILICETZAZE] TE4H 10 BEEORBESVIRYE
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2 1 BAENLREICESZICOBFRINEDHEE
WERTERZ  PPERTESZ o UBBLBLAEL BEUBETIGL  mBRTIGL
0% 20% 40% 60% 80% 100% Pt st

BROIE (n=390) 36.2 26.4 136 46 55.4 18.2

fBEDIE (n=299) “ 328 31.8 10.7 47 52.8 15.4

RRAFDAEBENDIE (n=304) 34.5 32,6 13.2 49 493 18.1

BEDTE (n=262) m 336 351 103 53 492 156
BEE BEEBRHOZE (n=195) m 333 415 87 62 436 149
- ABEOEROTE (1-219) 25.1 393 69 100 338 269

mRE AVI-TyNEE
WA REASRAELCERECL. CESORRIOVTELLERIEE R TEE50TLEN ?
WS BEREANTVAA

MAT. BRAERATOIVICI-NoERESANMEZ B ERINE[CHIT RN R TEL,

BESA IREOE (BRINELCET2RE) >
#HDRBOBRICBBYDH 2. BEHOZWERECBEREEMROTVSEIRN'HS,
HRIBFREVI-(DREBEPIREORALEMEEHINTNSA, REDEENEHLL,
(FRED) FHARATAUARLTITONTNBIEEHY AR EED HAEANDIFRR
- REFEENCIBNERELS,
o HEREAICHIY, BEEOMRPEIFROFEEE > EEE o EIREMELZSTH
DIFFFEEIBNSTERNE B, BFT20EZEZ LI,

000/\

CD&ICERR - FORBOEBESASEEFN - BENICERCERERLSF, "1V M v-
T-DE O TELOF N EBRNECEPLTIVACEEDST . mRWIBERAFICE>CVE
W COF8, BESARTBLOKREBATTINTVAEL, BYERIN TS LRELEY, BT A HIRIER
OFNSEATATHRIBRICEELTILEIETERDBIBOANAIIICFE>TLED, JAEICET 215K
TR BHEIADTRLEILETABABOILCOBNY, BE~ZHOH BT AEHM SO
DEBANAEELGEEFEIND,

I, FREICLHT BESADFZINET ZEHEHP. WELEEESADEEZAT-IRILY-E
HETZEERNESTVRNIEEAGNEHoT, AEBENTIE AT-IRIY-AFEEREIFEIL(C
1_=|=¢51 (58.7%) NBEIANHRZLTVELN, ZLTEESAD 3 Al 1 A (33.6%) hZ26%ZE
[FERTRIENTEVENEEZLTWNG, HBH, BEIANBELZZEALVWERBFE, b
DIETEY B AAEOITEIEE. Rik, BEMETHE (K3) .
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3 BEOFRERBIBILICNTSHEESSVELEEALIMEF

BEOFEREISILILHTIREE EEEEAVEF
0% 20% 40% 60% 80%
EHEUTUS
o e i
s szera Ny, 18:0% measasconsas |GGG -
FAEBEEE wocuz
23.3% '

{BERZZEMHETNS A,
ERBIEN BELTLEL
HETLEL 25.1%

mrzazre e [JI=
33.6% IR (i 4t) 22.6
M B = - 19.9
58.7%
m (2R TEBORTOVT, BHEOBERPEZEHEN LINCEABILY B CEEORIUSOVT, SEEOBRPEZEEALVEFE#TIN?
TETWETN ? HALOEERCREEVEOEEHSE S, Fhe. MEEALWMEFE 1 DBHSELEN.
w R EEE S 4384 m R BEOEREADHEMNBIEEITEA 3364

BEIAPIFRIEDIVICI-TE, ZDEBEIAMNBRPELEEAMRET IR I E
RBENTEWTERMERABOTESATWANERLTVBIENREENT,

<BHEIAIREOE (IZ1ZH-vIavorRim) >

® IOFHEVIIEEHY, BEEICREBIZEERMLMLZVERZENTHESIR, BES
ZETBHN R,

o fTEBUEHEBEMEE(ZN>TLEINT, B2 LFHRIRINERSBNERERLS, FIELEEL
TERVWTWBH D DD EE,

o EHRANTE EEMET - WEAHELL ZNENTHEIVICHOTWRERELS,

B 1EQD2 CRALAFRTEY EFTVWARECH LT AETIEUATORNTEREEDH T,
ERRET AR BESADERZE - BELEICM LIERILT, BRIRHE LOREOHES5T, I3
1Z7-Y3V EOFRE (BESADFZINET BHHEA P NELLEBESADEERT-IHRILY -
THETBZHEHNTTHTHE) OBRERBINIREEITI.

OIEHEN P BDERIBRORBICEFS T2 IRECTHLT

TR 3IDDBRIVE RERELLFMRRTTL, BEERNS,
B EEMENCHRE - FORBEBEIANDERER (KE1)
B EBHEIABRERCHEOEREVERAFETEZHHEARINY (KE2)
B EEIADEEBERUTIV-0RLE (KE3)




QIMHAEICLBEEADER - MNP TELTWEEREICH LT
B #HR-FVRBOHEADERE (KZF4)

1. RERFEISHR FORBEESANOBRIZM

-]

R - HDEBTIE BESAVIRENHEAENSOBFERRHELIPELNEG—FH, HED
(BZOZ-AE T2 CHEBTWRVATRMENH S, [HLEBEBESADRYIEICET2HAEIT
(E. HOHE (49.0%) DBBSANTHELEMEHLTVZBERIZEFTCEZERLTEZELT
bY, WELENCOBERIBEICTT2—EDHRFN RN, FEFHELABREOBREZEOER
NOREINENEHERLEIA, [HEDPENGIREINE | EZDABEREEHE PITEIEEIC
RWT 44.3% THolzo TR T BESAPIRIEDIVIE1-CEVTERESENSOIFRIREEE
CERRIMZENSR,

<BESA IREOE (BELEISOFRIRHAOHRE) >

o HIEMECE BEWMAEEELEBAICLTEILL,

o EODONWT—HFLLVORBHERLELZOT, ROZAPEMFRP. REXRER(CEMALLMO
BESADEDEBREITILL,

o HVERBRBEHNDLBVOT, HENEIGE ZORBERRIOVT—EM>TLNBDIE
BIPELDBN, AALSOR T, FE LEHRORESWRPERMERECONTRED
ENLBENBEBREHLTUNEBVA, EEZREALLBERRETRIBCRELENCERESE
WetooAMERETES,

o [FHMAMTE EEHEES - BEAELL ZNZNTHEEIV[CE>TWBLRELEDT, WEDHE
[CRHIBEREENLTESRBEHYN TN,

BHEIANUELENSDERIZELRDZERCE. [#FE-HOERBOBRNDBVILITE
L ER-FHOEREBEEMILIIERREEEN VL], [EEREBENCOREN+HERELLNT
WEW] MEROP TEFRFICERIDOIECRALTERESENFLLOTIIEWN LR LTV, &
ELEAESEVEDEESLVWIDNEEVN I ZEOERNHY., BESANEBNICIEREZBTE
BongNREN, EFEERBEMOEBELLELTEETZDOTEEVNEEZISNS,

— AT [HFIVRBEEIAOERYILICATZRAE I THEBEHEIACIRENMERIZH EAEARM
BRETIEADRESABSN Tz, RENSRELEZEXCIERNEL TN EIFRER!
(CEZELEER, [TRROIEIZFANGN A 11.0%THEEDD, ZNUNDBEREE (AR
BH0BEENIEE) Tl 30.6%~55.5%DANARTNVENE (K4) . $BLZ3 AICTA
U EDBEIANERINEZEHELTWEVNE VNS FRE, BFSABTERIERIZEHEFAANSD
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BEENHIRIBIRIREN B E THEILETRRT B,

4 : RENSRELEZITOBRNEDRR FGANTVEVADEIS)

0% 20% 40% 60%
BEa BEFRROIE 55.5
HE AREOEHROIL 50.0
REOIE 40.2
ERNIE 317
RATOEEEDIL 30.6
mRADIL 1.0

m RR  RENSRIECESITIC, CTHEEOFTODVTANMAAILED ? k. TOBICE0BREBEEFALEILEED ?
ANTRONSHENHEBELEHT, ANLHEEERIEL,
WS EEESEK 438%  HKERGANTVELADRIS

BEPENCOBESARTERIZEE. BECERCHERERIZ. N OIEESALLEKY
[CIGLAT I CHNITHIEDENSERERETEIENAIRETHEE DR EEINS ( ZNEEIER
EEOHMTTEEINTNIY BELCIOTRBBEROEPFHMS, TLTILAOBRZIZHDREE
(8R4 THY, [FHRERDHDBESA - BEFUKICEOTREP R BOREICHEOTWNSEHALND,

BESA-BERFADSR T, FEELEN—BHOHENTEIRNTNEIENEELLY, L
LOEOBRANGZ—HEL T, BESANOERIZHICEDEY ZRENCDNTI Z20H BT PAEIRA
# U< B BBERRENER VWAV WS B RARERIMBHAOL T UV TN SHEREIN TS
U, BESANDERIRECHETIRELEEFELNS,

RIRTTA-AN KL B MBEZEICNT LTIV I TR, [RENSBE - —MRAREE
BTERWVA KOICIE LB TOIBRIBALIAIEETH D, LI L ZICREENMERNOFIMA HE
THd, LETEZOHIMHE L ELWVERTH>TEZ L METMICRFMEE T IHLE, =RHTSZ
EITHEBMCHEBIE0, ZORBLBLICENRATLE IZDBENMSONT,

[FDRBBESAORY LB 2B INSIIHELENSDIFRIBECOVT R
BEEOHAENERETELVERELLERLC, BECIEEBRIRHTELRVOTEMCHKIEL

¢ BENOHAEEZIEERUERFEENERAEERICRIBRERMUIIBEOEBREIIONT
BEErHmE ER- EEFHERERLENEKR FHER SM2F3/8318:
https://www.pref.kagawa.lg.jp/documents/7498/020331antaijimu.pdf
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TIFLL, ERIB SN BEIELRHYIBRIRETETRVONELNE WA, BAOY A rEANIELREL
RN AFTES, 1VT-RY MM LBERINEN EFRICH>F T LETIEZE DS RN ESRIZ AL A E
[DEMREEZZ|Z0OIAYMEERIN TN,

CDEIBEBEIABIDZ-X BELEDKREEIZ UTOLICIRE TS,

(iRE

W - B O RETIRHESN TV EROE - BEELTHDERFERT. EETHIILNZWERE
HBORFHEZELZTE BULERAOT7 AR EN 2H NS, £l LEEOEHRZFICL>T—HK
MR- HROBBEHEL 20N BESAOHRET LTCORHED—FHEB>TNEEE RGN, &
EHINERYEHENBRBEHBO—RELTERYIBBEROTBRIRAIRTHEEE RS,

BESANMEITES - ERICETZIFRE. ERMFOERBRENSORMNELIRETHS
M FCHEDERBOBEICE, ERBERECEZOFEMIRSHZVEIFEFETRVNSEICIERKTE
BYBHEN DL BEICRBTIERET DB LIVRWVT-2EHBEEZL5NS,

BRBHEREFOVEOTHY, ERBERENSOIFRIZHEMTT 2R EVEIBRZREDEN,
BESACEOTEDMEOS MERIBHENFTEEE R L. ZNOICRET 3R EIZEYICAERLITEIL
K TCVPREEFINEEE XD,

SEROUEHELT LUTEFIRT 2,
HR FHORBOAENRETZFHRO T T, BESALAIERIRGEICEIET SR H O
BAOWCEHERHITILLEOEHET 2L CREDLENKURHZIELERZL, JUA
BRIBRIRHEBEN T SINNEES
EROERICELTE, BESA BRBEGRE, BEEHEE. "EIEL\2RAT-IRILY
—[C&BERDIBERE L. BED L TRERRRICDRTS

2. BESATERBEBRPHEOBEREVEECAFTESLEHIVY

(B=-3R&E]

BRIBWAOT LA, BESAOBEM, SRUEREEVIE S EMICIVEENECTY
BEHRING, EXERORFEHRCEALTOBEREBATIITAVAD ClinicalTrials.gov. ERTIE
PRRRMARERH - NFAYATL (RCT) BEDYANMIT, EEREEELITHCRBEIALHETE
N RBRIBEBRY M MERZSCELZILHRONDILRE, ARERY M SO EBAEOEENEREK
AERDESK- BB CHILONBREEET EUNHL. [BROSMEHLELTES A ERLEICE
FRBEBRNZLV, EVRENH S, [FOEEBBEIADRYIEICEETZREITE. BESAD
[ REBRECET 2B INDHEE L 33.8%LEVEDTH I,
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FECEER - B DEBICBV UL BEIALLZBRIEBADT I AR ENEERREO—DEE
A%, BERLIE, REBRERED - RIEFE CHIEVOIBRNPBESAICE>TRERODZRCHEYS
BN5TH2, MA T ARIBEBATICALPIREIE T, BESAILLZAEBRSINEZOAC-FA
ML, BEIANFEZ—HTEREBIRUANEFT 5T BR8N H B,

e BRBROBMBHRERELBEMEOHBST ERENMRLIREIEREN, BELS
(3, B - HORB TR EEDMZEOLHC—RICEFIEERZITZE00., ERHOEFIH
BRADBPE R ETHY, HIBOEIFEBRE PIEFEONN DTEICTaERE#MT 2 EEIATEL
FEITIDHTHS,

R CRISVEIRRICT U, 20T -IR-RE%3 JRCT DBUECAITTEHRBERAT-IRILT-2ED
SEENNEATINS, 2023 F 6 A 8 B. [ERAKRHBRICAABATILALPT W R ERIZR I DRIFXIC
By L ERRIEEFBEATITON, REATHIEENAVBERFESE Y HAER KK
HiEHEs. FEFEFEEEA ASrid, [ERZKEF M EBIRREERR. BitAMERTYS
—[CINZ. BEHBEERRHRFARBERR PREF M IY- L LTSEL. ZHREBAT-TIR
WI-NERRHBROBRICATE LTI LATEIZRIEBEZBEIEL. REPREZITV. EERBL
BUR(ICRBRL WA S RENT,

<BEIA-IREDE CRRBBAOTIELAND_-ALHE) >

o ERIBEREIEMNSBLVA BRIE—EDVATEMRIIENBELNE 4 DHIKT CEE LR
ATWBIHZA LA TWRWNEENH LB, HELENSERROBRIRHDHZEHYN
eV, BIEL TS L HTEDRFKOES BRI HI LI TEH LB D,

o MR TERLOT, ARZRITL TNV IXY - I ERELENSFKIELTESR AL
e BERIFEIERNLS. HRIRERFENMEATHORIETEILILLTNBDIEERIA
[ERUIAET JEWSIBRETTEREICE>TUIH LD, —VIRENBRVNERFEYAIMS
ASNTWBOTIFEEL>TLED,

CDEIBEREEFA, BESAVEEFTSIAT L31ERE. BESANEBICAFTES
IEHICUTOREEIT,

(IRE
BESANIVANTCRRICETZHELGBEREAF TEETIY M IA-LOHEL - BRI LEEN
%o

BRRBIRVEAL LT LUT2EFIRT 3,
« BESAADCFZERT/TORROF A, BREBEREE. HWEhEEE BESA
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BRCOBERIFHRABEIRETI S
« TIVRIA-LOFEPERSEDBESANOBR S EERE L. AAMEERET S

MAT, BESADFETEELERESCBEYRARIBERITEICAFTEELICTBLHICE,
HPIEZRELTEESADIEREEE T 2T -IN-AZ/ERL. ZDEREELITAEEDOR T
PENEME- TEREEZBLTEESAVPIRIEOARIBEREIRM T 2L HEAZBETILNER
N3, WELEN ARCEBEEFEL. BESACOOTERTERBERERHIILHICE. B
HSADIBRERELENRAE TSI VAT LN R EELS, LROMEMEHILY, FREENZET
BER - B VRBOFEFIEPT-IN-ATHELLEREICARIEREREL. EENEEEZEL
TRESADEDRRIBENEBMICIREINZ LN AT LB S,

3. BESADERBRVTSV-OMLICETIHSDRMEZOXZIE

R RE)

L SNS EDE KRICELT, HoZIFRIAENDORCRET 2. ERICEHTZIEREZER
BROEXR. RASNBIENHBER2 TS, B - HARBICEVWTE, REOD 1 - 2 THRATER
BIMEHEN, BESANOBROMEIEMEIMULIRICE, BESAICLZEROER P L ELIER
DEUEBERNKHONBIE LB D, [FIEREBEBESAORYILICEETZRAEIANTE, BESAD
BoEREFE - HIMTTERLIICBBTHDXIEERDZENRHONT

<BEIAIREOE (BROBE-HOEHOZTEADZ-X) >

o EEDDICE. BHTHEHREED TRITLEVWEEZTWBANEEWDDT, BEEBENEZS
N385, ZLOBERERELTILL IBEDERICE, RATEERERLYLIVELIICLTIZLL,

o FTEL FOKRBOMECAEEREOEDSICOVWTHRNBLNDT, HEMSZE(CEHEM
RELTCEBEFEAEBRETHERZLTELWVEL,

o FENBERRETERLIIEBLD., 8T BERARLL, BT BHITADFRN &
ENBBFEBIONBREVNDT, ZNMINEERTBIENBIAHTIETREHYD T,

EHEE—FONCE. BEROREELUERR. EEMRFLEELFERTILLEL. IhH0FE
MERVREMEICEET 2B EBBRERDZLOIBHEINEBRSLEN, JEOREHNHEIEDD, —i%
MIC, B - FER2ICETBIERETRICEOTHIRAKL FRFEAB L LLBRLTIANRYTS V-
BEWMERMERSNSBAROEHE [CHEHSE, BESAOERIFRICETZVTSY-M LERZRD
DESRBLEDEEEZON, FT4 WREE/FEE, 20—EEBVI5EDEEAI TS, —77 T,

" Kazuhiro Nakayama, [2015] ‘Comprehensive health literacy in Japan is lower than in Europe: a validated

Japanese-language assessment of health literacy’ BMC Public Health volume 15, 505
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BERMENERBERVTIV-MLLETEES (QURIVLRE. BERFANOHKES) (CHY
HBECHIOTE, BRRO[FHAEREICEET BIFRIBA LRERIC, BERHZELCEEREL, RHT2
HRIVT VY OBETMERREITIEWSI TOLRICEVWTE LTI EFEINS,

COEOBEREEER. ERIERITIV-ICET L EBEIEIE S0, L TOREETI,

(iRE
BESADAFULBREEUEERL, ELCERTBHOUTIV—M EICET IHEDIRAEZ
DXIEEITI,
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Y ERRODE REMBERBRCRADLRENRICEIZFHERTS WES
https://www.mhlw.go.jp/content/10807000/001106010.pdf
" BAERZERES HP © http//ga9.cocolog-nifty.com/blog/2022/09/post-259a17.html
15



https://www5.cao.go.jp/keizai-shimon/kaigi/cabinet/honebuto/2023/2023_basicpolicies_ja.pdf
https://www.mhlw.go.jp/stf/newpage_08564.html
https://www.mhlw.go.jp/content/10807000/001106010.pdf
http://ga9.cocolog-nifty.com/blog/2022/09/post-259a17.html

HELTNS, JERBEIN TN

2022 £ 12 BICRIILEIEEER R TlE. B BESADT -IN-AEEEL, —EOEHET
TR M LN TAAEEL TR EAEERRRCDOUNDZEEFINIEERENEYATN, HFEEE
SANG—HBERWVABRRDHREZFSZOELIHIHOTNS,

BB T, 2014 ENSEEKITYEREEX(CBAIZEETERRRAET | 2EMLTVSEH,
2022 F£ 11 BOEEFICLZ L. [HHEEENGWVERBICNT ABEELRE T L EIHEN
BEN’HZIEOEBICIZ5BS ), T£HZ5BI 1 EEELEEIAR 91.8%eE<. BR-FOKREI
REBINZTHEEEENCVEBOABEEREOLHEMEIONT, BRNGEVEZENEZLON TV
3",

SS(IC [HARBEZESADRYIEICBETZAEITE. #F - 5O RBOBEERREHET
BEREIAPIREDENREINTNS, FHAEF T, ITEIHREVPREMELREADELZICDNT
BRERAXTRHELLEIS, 438 LDI5 210 ZLOBESANSEEEBEIENTER, ZOFT
(&, [FEOFEFAZRRCEDHTUILYL 27 #) |, NERIZSMLEV - RROBIREFRELTUILL

(7)) 1. NaERERGERLTELLY (114) | DEATERIN TV ELRGERLTUILL
(10 ) 1L AEERELERBR. BABRAREDEATOARICHATIEENMNEZLFT
gontng (B7) .

2 AIEAOBACBERICBETZTOVIVM-A {RE : https://www.,jimin.jp/news/policy/205935.html
B HARETXRGS, [KTUCREEXICEIIEEERHRAR]
https://www.jpma.or,jp/news_room/issue/survey/lofurc000000uv9q-att/all.pdf
16



https://www.jimin.jp/news/policy/205935.html
https://www.jpma.or.jp/news_room/issue/survey/lofurc000000uv9q-att/all.pdf

7 REERARCETATBIEEPRELERINDESE

HEORFEERREIEDTILL (274) BERAE>EMLV, HDYPTVERS AL (240F)

%
[EIC & BH AR OB AR ERRAYICHEAEL TERLL (156) E BHOMFEER SREOEEMMILL (1414)
&
BECEMLIVN- BROBHRERELTELL 74 WA sk s (CEo U IRTRIEELTELLEL (64F)
8 i
B il
Bt HOBHERMELTELL (24) % TEVCEEEN L TE2 L EHRAELL (31F)

RREERCGEELTELL (11 BEOFEEEHOTILL (4fF)

BATERASNTVWAELREGRELTELLY (104)

mBE  AY5-Fo AR
W B AREORRCBLT, THISE(E Y AT PRESEEIAOESIBNLHSE RN, (BT
m g EEESH 4385 (55, BEH2108)

RFAECTLEICIMATERESNG, BFHESAPIREADIYIEI-AETE, BESAPIRED
5, DEGHREOLYD, FHRPRONRICEFKET ZAIREMNHEDT, RAETEZREENELL.
BREFRRLE. RHORBET. JAERECETBIBHRIRLL, BIRLTWS L, FTERROEY
BRHIFLICRS], [E26BROT-JEERISENLTELW. BENENLRBRESY, FHICE
BIELTWBRTREIEAN' DB NS, TRRDBIRKATRH>TELW B E, BEEADR VAR 5
#onic,

I BB -FORBOEZIAROEEHRTHS (—) BAHER HREKBES (UPA)
Tk BEFBRECHL, [MNRIEMRERR #REENROILTERODIELE |4 EF
RBHLTNG, 2023 £3 A 28 HOEZEE(CE. [2. I) FLEEEORERVBHEEROH
E DR T, [MHIEEEVEGTFAE. AR EAOM R FTELIBET LRI, RV R
1B MR BDIREPEEELSODIAR., RE AL ZREET L LEIC. ZORFEEEZID
. LETEYBBESEEEYD., AIEPEISTLAOAE-RFT7YTPRIYI 0RO EER>TTFS
Wo JEREHINTNS, ZOENCE LUTOIICEZLDBEBEERFEHNSELEPREENRHS
ntha,

(%7 FORBOBEFAFOEEZEPHREE]
o (—t) BHEHIANOII-HRIE 2020 F 6 AICIEHIANOT(-ERICHT BTV T+
BIEEEL, BF -RIK 670 HERILEBESLBEREARL VS, 209 T, DEGTFAREE

Y —REEAN BAERE - RREGRRES, BLE BB KEFORK
https://nanbyo.jp/yobo/

17


https://nanbyo.jp/yobo/

[FLHETEHREERBADE OARL TR ERNICTETFEH - AEOT REEBNAGF
SNTVRIENHERH R LR ESNTNG', 1, 2023 F 6 AICE MIZTBUEAEE R
EEESRHEEHE (PMDA) NHLEROAEEMARKICEIZIEEE |ZIRHEL.[1.52
ERAEEROFLEEEXDOREICENT, BEEDNVBCRBRIR#ELF D EFAE
EBICETIFLBEEX HOHEMNMERINTNS'S,

o HALAIZHEEBERKENRIE. KEREFBEERYNI-ID HP OFT, BKTITHhN TS
1V -LEOEERERAEECEALT. EEHBENTREABCT—EOLLUERER
TE- 2007 FLURE, ME. BENTOEEHERFREL(CHIZELELELEFBECIRHL
fERESINTNEY,

® SMA (BHUMEME) REORE. SELEMTCEEINLEGFBERYIIVANICD
WT, 2020 £ 4 A 16 HICTEZBEE S EEIKE[CIRE LR BAREZ KO IHEIEEOH T, &
EFREOLEN, RHREMNEOEEM. YV YAVICEBMU LOMENHEEEEEE
ATWBS,

HEDLSIC, 8m - HDREBICH T ABEEMAEHET SLOOIDEPBERICIA T, BES
APTRIEDENSE, #R - & DR EDBREFHEADS VRRFIMAIZ 5,

Bi5 - AR BOBREEORSYY -0

R HORB TR REBESAD 5% (L LTENREERBEABVWI M HEESNTNS,
U REERAT B0, HRTILOREEDENER - F DR BORBEEOT TR F(CHY
HAH BN DBRENERINTETWNS, BARDEESAPIRENSEHTE - H I EREBEDRE
BT IRESLIRFNHE— AT BATRICERIN TV SERRIICEEWAEEN B A TIIE
FATEEVEWSHBA L LTS,

INETRBESNTEL BH TREUAR - RSN TWBEN B AE RN THERR - HTENBETIC
RWERAZEISFIYT-571IOVWTE MIZITBUE A E R mERER ML EHEE (LT,
PMDA) [L&2EEHMOEMPEMEED RELZEQIRVBACEY —FFFEEMER (CH 1A
2018 FEDEMH ERARXEE LKLY BATIHOBNEMETL, [F5v7-37 104859 Bt

Y —HEEA BERBHIANDI . THIANT-EEICHTET7 V- MAEIOWT ¢
https://www.jmda.or,jp/home/wp-content/uploads/2022/05/jmda-katudou-r3-aoki-20220524.pdf

© —fiRHEEA BABHIZANOT-1HR. IREEFE T PMDANEEERH ¢
https://www.,jmda.or,jp/members-only/medical/medical-info-2023062301/

7 KBREEREZERY T~ HP © https://osakananbyo-net.jp/patients_mps.html

" SMA (BEEMBEME) RIZOS HP News2020 4 A 17 H *

https://www.sma-kazoku.net/post/2020-04-16zolgensmakouroushou

18



https://www.jmda.or.jp/home/wp-content/uploads/2022/05/jmda-katudou-r3-aoki-20220524.pdf
https://www.jmda.or.jp/members-only/medical/medical-info-2023062301/
https://osakananbyo-net.jp/patients_mps.html
https://www.sma-kazoku.net/post/2020-04-16zolgensmakouroushou

THER - FHFT/INTVREEN AR THEIN LGN ETRARREN B HINZW FSyT -0
MEEMBEBSITETND, INBERRDEFICEABIETHIN . #F - H I EREBEOBEEICEN
TILYRZ AR TH S,

MK TAERRIN B ATRAZINTVEN, WHDZERNAREZIEDEIEE 2014 F£h'5 2016 F
(CNFTRES (65%—56%) Lizh, 2016 ExEE L TENKEREDEIEAEIML. 2020 FEREF
RCEEE 5 FEICBRKTERINEFHEMR D EEEERD 2% EARRERLEOTNES,
DI, HLEBENRELEEARAREDEENEITETEY. ZOFTEXRET
Breakthrough Therapy 87 ¥ Fast track 8 E & I ERARMNICEEREFINKELEIEGEZLEHT
WBZEND, BATEBEATERAINTWIBRARNICEERA MR EBIAEEMEA TERVRIRL
BoTW\3%,

&5I2, 2010-2021 FEDMAEIZ FDA TA=-T7Y FIvTELTERINTVSN H AR TR BFRO L
61 MBEYOFCE. FBEHERDEEEN 19 B 31.1%) /NBEUHFEERROAEEN 30
mB (492%) FHET S22, BATEEREHD 5 TAZBAZHIANT—-DEEELRE, KELGH
FHHBICEEDL TR IBRNGVEEENFELTBY, F5yJ - OANBARTEERL TS,

[HDEBRBESAOERYILICETZRAEITE. BABRAROER - FOERBOBERCT
PREHEIADEZAIODOVTGAE -ERINTEY, H#LEBOEBHESADINIY - OAORMEL
30.6% (BER(ICBMULTWREHESIATIE 443%) THY. FI9J - 0AANDE VB OHATRBEINT
W2, £, BEOFE D EEOAREENBN CRERTEINEARTIEATERVWCIRE LSS

BECEIZERTHE. [BELEEEH LWV, BARTAEETIBLSICHBZETHELEVIN
61.9%. [&FAE CEINEMSELND, BATHEETEZLCHEZETHEEVD 194%T. &
T 813%DEBEIAN, [BARTHEETCEIRLICHBETHLELEVEEZTVNRI LN RENTWNS

(B 8) . BEIAPIREDIVILI-ABEICENTE, BESAPIRENS. [ GBALLLEL)
FRPEOERILEMEILLGZJEVSENHY, BB - H L ERBOBESAVIRRICEOTRIY
7 -0AN LR DREETHEENBELN LR,

" RIEEEBCRMER, [F3v7-37  ERRAREOIKTEZORE] (BERHTZ1-2 No.63 2021 £ 7
B)  https://www.,jpma.orjp/opir/news/063/pdf/pdf-08-01.pdf

0 EEEFEBERRA, [F5v7-37  REREEBEROTIAYS XTAAN - Z-R(CER55H ? ) (BERHIZ1
—-A No.66 2022 £ 7 B) : https://www.jpma.or,jp/opir/news/066/pdf/pdf-02-01.pdf

2 EEEEBERMIRA, [F5v7-37 1 BREBRMNOREDERROLLE] (BERMIZ1-2 No.67 2022 F
11 B) : https://www.jpma.or.jp/opir/news/067/bi62u8000000038h-att/67_2.pdf

2 NEEHFEANBRESHRSEE#RERTYI-] BIIMRREEABILREERMELYI-RI/NEE
MR ERRIEREYY-]. BROFEOBERECLLEL

19



https://www.jpma.or.jp/opir/news/063/pdf/pdf-08-01.pdf
https://www.jpma.or.jp/opir/news/066/pdf/pdf-02-01.pdf
https://www.jpma.or.jp/opir/news/067/bi62u8000000038h-att/67_2.pdf

8 : BATEHERATENBATRERTERVKRT (F5v7-0R) CBFEEBRANDEE

» FAEME P EAR AR R ELOTTE, BATARER L BEGRBRHLILY. BECHARETEBLIBEETH L
FRETENEMBELILD, BATARTEBLIBBXTHEEL » EE5LE0REN
Z0ft:
0% 20% 40% 60% 80% 100%
H 61.9 19.4 13.7 21
- J
Y
BERTERTEISLICHBIXTHELL
81.3%

mRE AYS-FRyAE

B SR  CESORA0RHEEN. BATRERATEIANEETIEATEAVES (F3v7-020154) . BELCET6L5LOIRRICREEN
EOEHMS TS,

R EEEF2E 4384

HR-FVEREONSY -0AORREELT, BEHENDBWEHICBARTOEROERE (BAA
T-9DEE) NREETHEI L, AEEARIAREIAPENEBRAZELEVENDSENES
ENZKEBARTHERAFEEZITVNKWIE, BRICHITZAEEERFRADEERIXOFRBEMEN L,
BAOHIEYHAM B (CKROONZFIGICOVTRIZR BRI > HROZ]EHIHNHEI L%
BT ICEBBEINTOVEN EBRENEZ NS,

D& BRBEORROEDIC, FRTITA-RF FATIA-AS B EPEEGZOBEEZERIND
k7Y JEELT, REERFEOETOCALCH I3 RE LM LB L, ZLTUEELTEY
HONEREION T 2R KE, ARFAFE. ZRFE, RMEHED 3 20TOCALVREIL, RS
LTREICXED, B9 ICAREDEHFGRERT,

20



9 BIFRIER FMRBOBEREREICHISRELIR S | 25K

HzupaFE

REFIE

SRR

HR-3a

7=

- B BUEERTE R DST —9R-2EN

PRIEBITHY. SBREOATRBRCEVEENF
9%

- R - HAREOGPIMEIPERIEN DB &

BEADEBRADTICANEELL.

AAT-HOEUE) NHELIBENDS.

- RHMREZEIIHVERAEEROEER

E(CTFROTIEEMN ] [ER_ OB NGB,
ERPRBAFE RHACHS I B IEENERELO TV,

- BROTBHNE, RITOZMSIE TESFAZRRS

FEADIRE(CR A HE R HOEIURD RiAH
MEL.

1. 855 -FORBOBEROMERTE

1) FRMEIVTDOFRFTBAR DRI
R - HUME RIS I REHN TS T O RHRIREOEE

2) LIANRUT=IN=ADFEBDRHE
FRARMROCEBRFEE A TEZT - IN-AE0EMR

3) BELIBFBESANGRBEHRZVEBGRRTESEBOMEH
T3y RIA— LOFRESIEAHCLD . SABRADT LR % EUAREMTR (e

- BEENLRUVESHIC. BATORROEM (B

1) BABRBOEHNERRADF I Z k=
B TR BRUSNHEREENTVSFO—EORMH T THI
BUAGREEBATRIAGR TESHIENEM

2) FHLEHAERROSMIZEDRE
BRI RHCH I BIEEETIREL TR IEEBEDREL

1) SRS DE )2

B - RAREOEIBVEME (IBAIVERNES) OMEziE
ENCEHE S BHIE DR

EFEOERZOMERFAEEOSRELCMNZ T, E% - FH DR BEHTRAMARNRENTHBZ
EEILEY, HEBBENRBAIN TVWRWEREN S ABEEREICIERALLTEWEENFEL

W3,

(1) FREIVT1ORERAADORE

BR-RE]

HOERBOK 80%NEGEREBTHEIERESINTHY., WAL BIETFEFNETIERET

AEFEOEHNLEIITANNERZEH WS,

#im - A DRBOFLDBRELLUHFINIECFRRFICEIIMRLR. KEETILEY
MERATERNIEN S BESAOHREOHRAREERL TAREHEL VKL ENHB, L
MLBAS, BATRER &P REEESAOARAOAFHIEETHEIEN S AFHARER
BLEtFREINMEM CKREETIRLEOTILAOREEN &L 85 - & D RECETIMTOE
QLT EEITNV,

e T/ LB PR EERALEMER KR, SERRBIRFEINL—MOKRFPEE
ETLNEBTERNILEREL BTN,

BEFREPBEERZOEFRNETEIVTIOVNTL, ERAREHRIERLOERALIVN

2 BEHFEE IFEE, RREE, BEFaR MigeR BEERL Vo aRFEROER (h71V-)

nIe

21



ENS, PHTITILLBERMRPEMEEERAEEXIETEUNESTFEETHD, ZOLT, &
E(LLIMAFRFBOHES SO BAENLBIHEELT UTERET 3.

(iRE

BARCBWCEGFRBRPBEERFOETNTI VT OMRFARERET 21, BAAE
BOEREFESCERESAORGBZFOMRARZMBICARAABTEIRENMNVETHS, EFH
[CE SNAANVIEANOHARAROERRBENCEEEZEHT 1IN LUATHRERETEELOL
RIBOEFEILEINS,

e MARFEPEGIBRODIRWVCETIRBOEFBEEH. —HORFEPEELITEHL &
VZLDEGENT ) MR PRI EA LM REARZE R CESIREEFNILETHD,

(2) VIZANHRUT-IR-A0OFEROIEE
BR-RE]

HATE. BEEOMTFEFACHERARTRELET -IN-ADB L - EHE PHE R OETHEA D
HBNTWS, FEIC, BR - B D RETIERRICE I B E Y- ML FERRIRERT -INR-
AN L EEBNTBRISECFHEA AN TG HAAEFBOFANEZEEBY, REREDFHF
HBEEENTNS,

5 - B O RREE TR, BARAOBERNRONSIHEC, ARBRBICLHELBINERE
RELHEBENBRHARPEERFTROEORAMHEELCSNT REREROT-IN-APLY
ARUT=-5FQUTII-)IVET-5 (LT RWD) OFERNMEENTNS—A T, ERERE TN
TITEICBWUBERINLEVIAN ZM B [CBEIN TERIENSRIBINMEATES Y B
[CEESNTVARWN, T BEOHR B TERINTVWBILIANER, RIELT-IRNBFEDEH
RNSAEEOEENFHREAOFTANELVNSED S\,

2022 &£ 12 BICHIIUEIEER LTI, BB EIADT-IN-AEEHEL. —FEDEHETT
BISR PR CAEARIREL T 3L SRR OBNZEHFINIEENR AT, #FEE
SANS—BEERVEEERDRFEEFELEZOENHN TS,

(iRE
R HORBOMAFAXPEETHBEINERT L0, EEFEBTEEL, +oLBRREME
MERSNEFERFEANFFAAIELER FOREVIANERHBL. REEXICL2F)ERE

#REORE. EER. EFRERIKVBEERERMOER. XAFEDIREGIZ LER. EiF. FEDEED
FRICEYERINZEF CBELTORESNET I MLZFHET 3120, H—LENLT -T2 NET 2 HDiER
BRI AT L

22



RES B ENBETHB,

i?‘: RWD ZAGERBLAERIZSAOEE (T-70mE. NWEKER. BTAEE) &%
SHROFFRILCEIZIRENN OEFANBRIERGNRATING RELELCLSFERE
1}%1_3-57::&)‘;\ #5 - HAOEREBTO RWD JERICEY3EEXERONFEDHORENLINS,

(3) HELENMERBEREVELIZBEIANREIZIEROBE (BESAT-IRN-20
BELRE)
(&5 RE]

B 28D 2 THATEY, BESAILISBRIEBAOT VAR LEEREZRED—D2THS, il
AT ARETI CICRRTVBELS (L, BES - B RBTIHRRICBIZEEY I - ELW, 2501
REC AN ARATI1I-VHEEUARFREDEKRT S, ARARORBLA LRV END
IREERRENMAEINTVS, INGESEOFTYT -ORICDEAYIB, LIEAHST, BESADER
BWMAQT I LA LF, BESANERICSMLPIVRIEEAKICET 218, AERERFOAE
NMoEEETHD,

CDEOBERERIA. BESANMBRICSIMLP I WRIBEEBLARERAEZRET S70IC
LT 0REETTI.

[IRE (B2ED21RENEH) ]
EHSANTYANY T TRERICBTINELBEREAF TEET IV IA-LNREL - BRSNS L

=51
HEENB,

OH

BANGEVEAL LT U TEHIRT S,
BESAMDINFEZRREFETORROFH, BREEBEREESE. MLWEHEELESE &
HIARRTOLERBREBPRREHEFERTTITS
T3y b IA-LOFEPERAEDEESANORF A EERTTL. BHMEEKES S

MAT, BESANMVDEREESCEYRRRBBANMEELCAF TERLILTBHICE, EFIHEES
EREBELCRESADIBREEEITET - IN-AZEHTBIE T, R EEN R ZIIEF -H 0K
BOFEPEPT-IN-ATHELLEREOCERIFRERMFL. EREFELZBLTRESALL
BERRIEBRN BN CIREIN A ZBRT LN LIN S,

2. iR -FORBOGHEECEIZERHE

BATE, EEm EEEREFOR MM - R MEHRT 210, BHIEICEDIE, WiENLHRE.
23



MIREORZREWEFC—BELERHENMTHNTNS, BF . ERXRITEBRICIVENE 24 SE
DHERRSN., PMDA (LB BERVEEFEBAEDEMIKE TCHIEE BRALEEESICLEE
EERUKZRINS,

EETE FHEIOTVINANOHFSICEVNT, EEFBENEEELDIF Y EERRCERT
BIHICHFPIARFEC RS AR ELRIR T IRL, REISELFIGNBEINTETNS, —A.
R HOERBOAREBEEIOVUL. FOEFAEEROEE S EEICLIYRAREINRT ZHIE
BFHEIZEDD. BATOBARAZEORPAZEEVPEARDEERARICEVTRRALLT
RN TEY, SORREBEFEDHENEINTNS,

(1) BAREROEMWERZNOT I L ANE

R RE)

R, 88 -/ ORBOBRETE, BATRBRARNCERERARELLTHTINTVSED0,
HBATEFFTINTEST, S5ICFFAREITSTONTVWENVEEEESHEEL, F5vJ-0ANKE
BREIBE BTV,

s HOERBORSYT -0AO—RHELT BHRPHVERETRBELN DBV EHIC, BATO
RROERE (AEAT-50HE) IMRETHEILNERHINTNS,

BERICIE, BATIED RSN, B - REMNEILL TV REEPENCURIER
BAEBINTNRHEETHITE. BRAT-INENEAICIERNORKER (5 I HEER. 5
HEER) AkHoND, BINTKROONZERKREERE. REMEPEECOVWTRIZMICIIRT
ENEELWVERIETHoTE. HERAT-YDEUSERDONBI LN HB, ZDFERE LT, AREH B
HAMEN., BEIAICEEENBETICRBBZZLLY. REBEOBEREEN’HREEZM L%
BEBBHER, BESAOTHZECOEAHTNS,

HOERBEESAOEYILICETZAEITIE. BHOH M EEBEDBERENBATRERTE
PN BATIIERATELVLRE LSS, 81.3%DBEIANSHEELEEN LS, X,
FRAETENEMINZLNS. BARTRECERLIBBIITHLLW LREIELTEY., BB
DES - & D IREBBEEOHATORIARNMFEEIN TS,

FAETREMAT AEERRCBIZ2EAAT-IOLEWICREITZIEZIHFEHERALTHY., [H
RAT-INBNBETH>TE BADARRT -5 (Aot -ReMT-9) ionLAEEEER
LIEWIAR 48.0% CREFEHY) | 53.5% CAREELGL) &hYU. [BERAT-IEAZERFCREH
BRBICUINET 2D THNIZEALEVWIAZTEDHDE 57.5% CEEEHY) . 68.1% CARERERLL)
THY. 3 AL 2 ARTBADERT-Y (BilE-22MT-Y) ZFALTAREELZARL. B

24



CEALEWEEELTWS (B10) , 2k [BAAT-IHRNMEATHoTE, TITORRT -
5 (Bl ReMT-9) FHNISABEEEEALEV LESLEAOREE, ANk, &
BIC, BESAPIRIEDIVIC1-TlE. [BADERT-7E6LIC, BATERL TR TE3BE
FEMHLE LT, BRMICEE B SN ERCELTEBRE CEHAM BDETHZ |\ EEE
NEFBNTNS,

10 RRERRCBIZBARAT-IOLEMREIZEXS

B FGERICBFAT - THEALEN BEAT-YEHREICETAEGERALED

EESEBVNAHEL BARAT-IHEINIE B R TEATAETRAL
z0ft
i R ERA
0% 20% 40% 60% 80% 100% LE: L\%‘f 55 _1_
R
AT
. 48.0 9.5 211 207 07 575 20.7
iz % 3 HY 575 207
BEBRT—H -
=14 2 b=pa s
BHIERALEN T %l 535 14.6 181 139 00 681 139
=k
oy 56.5 58 190 180 07
FIT BY 622 180
BET-IN
AN bord
sEmLEn? AR
1L 1.1 16.7 153 0.0 681 153

m B EATEMEP RS S ERINTSY, BATERROEMME PRSEMIFINGAREICBVT, BRALAORRT -5 (HlErEeMT-9) &3
ALTAEEERIL. AATHEATERLSCT ALV EAAEERINTNET, HHLOIBRICBEEVEOEEMS B,
m 3R 2 - BEROERT-FAGVEEETSEITE. BAOBRT-FE6LIIBATERTISLICL. FORICAFADT-FENELTE N PR ERATEILT.
BAEOEEZAILVER HELELEMI DLV EIAEERRINTVET, BEEOEZSEVEOESHSE AL,
w5 EEED 4384, BRERY 244, AHRELL 1442 HEEEOHFIEIPMDA (httpsy//www.pmda.go jp/PmdaSearch/iyakuSearch/) T. %4F&EED
ShEE- S ROERNBIBEECARESY I LERLE

(iRE
FRAIELTERNTAREBREERTZIENDETHEIN, BARADT-INIEECHRE. HB0 U
ETEERMEHEP BRKEEETERINTWIRLE, BATUKEBEEDE ML - &M
RINTVBIGE. FREBA CEEINLIRIEABREAVBCKEZE TEARBHFEINTVSISGE
(CIE BAORBRKEZAVWTERIBZIET. EMAEEZFLEUERESACVWEREITEZ
ENNTEREEZOND, ZOHECE ARRICLENDBULBEHAAT-Y (R, BWHEE)
B3I EFMEL. BRADREEICEREITZNENHS,

7o, FDA Tl ERFRHEBRDEIENEC RWD DH TEFRINZEHINRESINDLEEIC. Model
Informed Drug Development (MIDD) DEZXAZBAL. #HGERRABREERTEIEHGT
RORERAZEL/NEAOBEGILKICEDIEHMOAREFEHREIN TN, BRICEWTE RWD
ZRERLURTRBECIIRIEERIBLLEL.MIDD OEFZHFEEALTET L, AZRERCAAR
ATOEMMN -L2UeHRI2FEEEIOND,

ARG BBEARBRTERAEZEORIARERET LN REBTLININETHSN', B

25



TETLTCAEENMRAREIN. BATORKERCI OB TRIIBRRNIEEECHIHEEES
L ARENZONLKEBBEEZOND,

(2) FAERBAEERORIBIEEDNRE
BR-HRE]

BARICHI2EDREAEERS. AL 77 &0 2 [CEIE EF- BERALEEZR0ER
EBVTEESBREMEETIE0LENTNS, BEEFBRER BENMSDIEEORFLED
EUTOREREEICERIIEDEHF M ERFAERRELVUEETBILNTES, FEERITS
AR ARERAOBMAPELENLIEE -BE LV ERBEEZ(TEILNTES,

(& D EmAEREROETEH4E]

1. WHREH
LEREERORRICHRITREOHN . AIBICHENT 5 FAKBGCHIIL,
L. ZORENMEEEHROBEE. EROBE(CHIIEESICETSERE (#REE)
FES5EE1EIRETIAYK (NOOBETRTFHO—RE) FTONKRELROHHLT
%o

2. EELOMENX :
« EEBERBENRETBEEBIC. ROVTNACEZLTIHE, BFIIERLOLEELNS

WEDTHBL,

s RBIIBEVLEERREXSEBEENEVIL,
« BEOEERFLERLCELEVEDEX FLRLENRFINSZE,

3. FAROATHEM -
WREMRICTLTHZEEREZERAT2EMVRNHZLEEIC, Z0RFECHRIEN
HZYUTHILRHONDBIL,

BAICBIZAIEEHEORIRERVREECOVTIE, 2016 F[CEREEBEMERH B AR
TEREDRESH TEERIMEER(CSINTS 73 HENRIC, 2020 FICHARBET 1%
SEREZECHFERERESINEEAVN-SH 59 HENRIC. ZNEFNTVI-MAEEEELTV
%252, ZOWITNOT I T-MRELCS\NTE, IBEEELLTRCKRICERV RO 2%
DENHBIE, FEEELOLEE |ELTUTBFOEERFLEBRLE LB VEDEX TRS
MAEARINBIL | ERTBENHBIENG, TREEEADZ LM ZRAT 20 (R ERE

» EEEEBCRIARAN, [BROHEVEFAEEROEEEHORIRCETIAET HWESECHIZTVI-H
SAECBEDRET] ¢ https://www.jpma.orjp/opir/research/rs_070/article_070.htm|
% HABETEGR, [ENICEI2H M REAEERORABRECNTIRE— S RBAEERBARHESE
TIOT-MEREKY—] © https://www.jstage.jst.go.jp/article/rsmp/11/3/11_213/_article/-char/ja/
26



https://www.jpma.or.jp/opir/research/rs_070/article_070.html
https://www.jstage.jst.go.jp/article/rsmp/11/3/11_213/_article/-char/ja/

LOBRAKRDON, BRRFFRFHRICHIZIEENEE LB TVBATEEMARE SN TS, BRER
FRBHICEI2IEENZIONBNILICEY, BREROBA CELHGIEE B LW\ IEE
FIEOZIEBEBENEATEWEVEVIERNEL —ECEHRTDD. IEEINEI>IECLY
HARTORFEOELIEMATA>7Y, BEMBEX R IELEYTZEOEEN HEEFEELK
Z#{Fonta,

(iRE

INOREERRRT D10, FHEEHERETIFICKY, RHADIEEZRgELL. BATOR &
FAEEMORFRERETIIENLEIND, AFTOFMERFAEERORRIRENAIGEL D
ZET WEPEQIO-NIVFERICEIZ B RORFAEEEEOF RENHERSN AV Fr—BEPK
F MEEREEOFLERY-AOFFEMEESN, BAKOHRK FMERBOEFNEEROEH
HERFFEN S,

3. - FORBOBRREICEITSEMEBIE

2010 £~2019 EOARKOF I ERAERROEEEZ IR B OARHFRELUFREY
RN EHZENEER 2L, BATHBE 10 ERTHREMMD 396 mEF FOERBAERE
miE116 @B (293%) THADICH L. KETIE378 MEF 158 B (41.8%) THofz, &4
ERAERERDIEEEEDEVNIHZEOD. KEDANZOEIEEE W, £, BARTHE, EFE. Z
NEN A3 ERE (29.7~365%) TFHMICHBLTNBZDICH L, KETIE, 2014 F LR
39.1%~57.6% &<, FORBAEERN EHZEENBARAIISVONEHTHYY BATIE
KT UERECRRICHE D ERAERRIEFEINTVEIDEITIEEN,

KIRTTA-ADSEREANOLT VT DFER, 85 - FHRERFE TR BROBEHN DB
WZENSTIEA NS FEDOF RUEHERTERVNIEN AEERREORSBEEELLO>TVBIL
BRI E BT,

(1) 9% -FRBOAEEOMBEDE )L EFME
B RE]
1)R=23VDOFHBEDHYAICELTIL, 2023 F 2 BICARUEEEBBERIRE 2023 ICUHRZEL
28 2R THD, ZOF T, EMFIEDERINORELICLZFREETEEHERLTIWEN, BR-&
DEREBEBOBEEMAECSVTERIROBYEEDF B IEMEC RYFr—DZEOREPETO

7 REREEBEEMER, [FOEFBHAERES (Orphan drug) OFIFENA —FDA T&EFRSNE Orphan drug
DHATORFRRODH - (BERHIZ1-A No59 2020 F3 B)
https://www.jpma.or,jp/opir/news/059/pdf/pdf-04-01.pdf

27



https://www.jpma.or.jp/opir/news/059/pdf/pdf-04-01.pdf

Rt et RER PR LOTVS, #5 - FMRBOREIARELLURFSNTVSEIG T
BERVPBLEERFCRRCTHD. BAERICIE R - FMRBICH T IEMVREEREREL BUT

BERE (BRE) MFELBVLEYDIC, REFESR (RekRih, EXMEFE0EHLFI(IC
SBEMBEEAR) TEMEIPBEESNDIIEN S,

. BEOAVERFAERRICHIIRMEE LOBEERELL T FEEMEERKOTH S
Mg (1) ( HOERBMEEBIICHES RMBERFOR MRBNE, FHERAHEMEOEHL
LTRHSNBIEENZETONZEDD, & HRBAEERORFEREDLDDI VY T1TELTH
FLETATEBRVNEEZOND, BRICEVWTREMEE LOEERER>RL,

BEFBEOEEMODE REHBERCAILEENRICETIFHERTS RESI
BLWTE, [BEERFHMEVOOEHREIVTP EBENM VWSS BEHFHBEZERCOVTE,
[REEE A RICEBBEAMEOFERNEE LTV P, EFRAFRIMRET LI TIIMAECEIL
THAFHETERNIENS, BEFORBCEODNT | #T R EZR T INETH D, —H T\
HOEBPNR BEREOREELSEER LRIV EGERNERERICOVT F5vT-37
/1597 - ORZRRE S 31, BERBEALLAITT LBV EITAIERFIIRNETH B, HIZIE,
EHFNBEEREZERNCRECEALLSE BRAOLTR—-ERHEANCERNLTLLSE
%) QM LEOFTEOEYAERITINETHD | ESNTWD,

(iR5

R HORBOBEREOMERAEEITET SLHICE BEOMRARENDREICR So#E
PIEEDEIUNF REOEFDIEETHY, &K - FMEREBORENBEELLURFINSGEE
FRECBEERSZEY. SERBEIOENS L BKERAOMELEYFHES 2L ENH D,
ZOEHICE. BF - FOEBOBREEZRRELULLENZOZHREME (N EEERBOME.
#HEDOMESE) 2EEAMCERAL, LB =EHMBEICLIRRNATMICEISRMEETE
IRHIENBETHS,

I, Bm - A OEBOBEREIEANREEN D BEERART VAV ETHIRERD, R

IRE RS OFHENRERN BB A REMEN HBI N5, RIRINEE(DEMILT Y ANGONTRBET
SAEEOMELE A CEAHREEANBETH D,

BAE BHYIC

SEPEE BNCERREBYRBRMELEICHEIRTIETERICEBRISE VI HEHIE

*® EREEXBERMRRN, [EXROZHELMHE -EREARSLIVERRBERCERIALEE -] (BEMUY-
FAR-)A-N0.79 2022 % 3 A) : https://www.jpma.or,jp/opir/research/rs_079/pb1snq0000004ux3-
att/RESEARCH_PAPER_SERIES_No79.pdf

28


https://www.jpma.or.jp/opir/research/rs_079/pb1snq0000004ux3-att/RESEARCH_PAPER_SERIES_No79.pdf
https://www.jpma.or.jp/opir/research/rs_079/pb1snq0000004ux3-att/RESEARCH_PAPER_SERIES_No79.pdf

&I TN, 0T, B4 (LAKRERFLHMBADOE L HFHTLT, IBRIBHCEET5ER). T4
DEERESA IRE —RHRMEYRIBRICTIEATEZREOBRICETZEHIOVTER
RIS, BB RREE>TEDSFTF THD.

BE. AFRE 2 ECRNLIH#R - FOEEBEBFSANOERRBRES LV IZI1Zr-Y3 V(RT3
SRR INDRRIRE, B 3BT E#R - H M EEDREEMALCHI2RE INDOEREEWNHE
STLHIEDTHZ, FIZE, BEIAICKLZARIBERTITAA LG BEIADBRSE. DFVE
BEEMBEAOFRCOLN2EDEEATFINDG, BEHESADEEICBETZUTIV-NR ETEIET. A
BREMEETBEIDI REE CREIANCOERRBLEERA L. SYEBBESAF LOREFEN AL,
CDESIC, COEFA NMTHRRE I BHESANDERIEFE RV II1IZr-Yavom k], [1 BTE
BULRBEIANDBEEDRE | OMBOK B ZRELENS, BERPHE D ERBDEHEIAPIRE
ANDEBRICDBNBEDTHS,

e BELE/MEIBICBRESAPIRIEDILEE —ICER 1TB EEREE-7HT37- &
EHBRELLEICRERRICRVEH BESACPIRENBDELRBRICTILALP T VREER
P ELWVEROAFICIEITNRER - ABROXEDBLICHE S TEELI. ZLT—HEREEHY
BREREEBESAVPIRIEICEIONESSRALTVCRETH S,

AROREETLEFEOAT IR -CLZFRLBERZIWATON., #HF-FLREDE
BIAPIRIEOREZ ST IR A BEVIEA N KRR T B ZFE> TS,

29



Bm- R ORBIATIA-R

BRHERE
HARMTERASHT
TATIABERA S
7Y - A1t

A =ZERERA R
PARERA ST
HAZRMITERASH
HARMTERASH
I-PItkAatt

FoIERIE/RART

BAFUUHRA S
Y71k A =
Y71kt
IBHREERAST
ERIT-NHRASH
ERIT-NHRASH
B-=HURASH
B-ZHU®ASH
A= EREKRA ST
7MY -ttt

EE
HARRTENRASHT
Ml =8 EKA St
PASEKA ST

AH X (U-4-)
IR —Z= (HITU-5-)
AH A (HITU-5-)
A+ J&E HITU-5-)
ful A (HITU-5-)
R B (HITU-5-)
RER KER

AR F

IR IER
EE N S
FEFH #H—Ep
TEE IEA

LEEe o d

RE E— CEET Y
TE B CEET Y
BER e (BY#HHE)

30



