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BB, BIE, HRBIITHK 7000 FAGFIET D L Sbivd, AR T L OBEEIT D20,
ETOMVEROBEREZGLEDL L R THABAICOIZS EEDND, AMDHEERD 8 EIX
BIEMERETH D E S, EMICELLEMERENZ W, DR BEHERL OB EZRET S
72 D DORERIIFMIAFET DM, ADIEED 5 BIREENTFIET DHEEITH %L D7, £<
DA PR BIZEB W TRIZICHE N RIGEIEDFIE LR, Ao B9k, EWNTIR Real world
data (RWD) O/ B EIESL B A~DISHAIREEZ S Z & TH Y 1T LI Real world data
DEIGLFAFE~DOIEH OBURZMRL L7, 2 DO/ DIEBZ R L TR ZITo 72,

FFE Real world data OEZKLBER~DEHOEIR

Real world data (RWD) DEFKIX. FKEOMEMIZ L > T2 TH DA, LT T, RWD &%, L
7N (RERZE O RITE) 7 —%, BErEREHR, BF LI N 2R ENLRROTER,
RRFERDO L 5 e —REMO T THOLNDLERIERDO Z L ThH 5, RID OIFHZHREFTT212H 7
D . efficacy N effectiveness DEFRITEIE T 5, Efficacy I [FHAERZRI., Hl 2 1X5
FEICEHR X 4172 Randomized Controlled Trial (RCT) ZRBWT., 7T &R & HEg L THEETA
DRI IO |, effectiveness 1T [ H W72 BRRZHRIZIIT DEFRIZH T 5 BV
LTEFIND, Efficacy & effectiveness DT 7 M LANKLTLE —ELWZ ENHH, =
OFeHfED = & % [efficacy—effectiveness gap] &5 9., il OEA 2B BILEIZBWT,
effectiveness WEEINDH Z EIFXEETH D, £, HlAidmPEERHEELO X S92, AR
FAERFZ efficacy REEMEDOFHENIREN ThH o7z LTHAR L, Ml IC RID ([2FE\ T
effectiveness DFHliZ FEfi T2 L WO B X FNH 5, BCKTIEE < 25 RWD & [EH 5O T E
LRMFHHICHWTE 72, o, HOFFEDERE TIZH WL, EHEMHFED efficacy I
BWTH, MRRIZRID ZFHT 5F01 B 5, BIfE, EFHMLBAFED efficacy FHliICIIT 5 &
D FERRAY 72 RWD OTE A 71ER°, effectiveness EAMIZI51T 2 RWD O FIREPEIZ DUV T, &l CREES
MEDHNTNDEZATHD, ENITITEED real world database 73&% ¥ | fRFEAIZR S DI,
ERIRE DA T DIERERDERE INT-T — 2 =2 L LT, JTvatirs—HF~X—2Z (NDB)
A AARERE T —F 22— (JMDC) T —FX—RANb D, EEEENIRE T 5 ERE®R
EEMLETERT—ZR=ZR L LTUIAT A I« FT—F - EVa 48 MDV) F—F =2
PMDA 23 & ¥4~ A MID-NET (Medical Information Database Network) 2385, F/-. BE LY
A MUIE, BEORECEBR R EOEREZEFELZLOTHY, ZOEMIIKELTHD, 7=
TinA ) _X— g%y hU—72 (Clinical Tnnovation Network, CIN) #7227 MIB
WTCTEKLHEB~OIEHZERE LIZBE LA N OBENKBFT SN TWHWSEN, Wiy F
72, CIN#tE T m ¥ =7 FORERRICH D K 9 720 RCT RINEER G OSBRI RRE S L CTOFIHR
BLERRGE R A ~OFH O A REVEIXFHE ST ey, fllx OF — & X=X ZFE L TRAR S
D, FHHRZEE 2 CHEYRT —F_X—RAZRINTHENEETHD,
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ARIFIEClE, f D B EFR G OBIFRITIIT 5 MDV 7 — Z ~X— X O F|H Al gEME & 54 L 72, MDV
T —F =%, B0 RSO EE RN N L 10 FLLRICHE - TERIEHRZE
FBLTWAZ &, #lEhE 28 02FROBENGTENDL &, LWV oTREERD, AW
TIE, FIEMEPMENADEB ARG E L, BT A FRIE R0 25 5 WO B/ K ZE PEE
(Spinocerebellar Degeneration, SCD) < ZEAigIE R 22 ML IE (Amyotrophic lateral sclerosis,
ALS) Z R E L. EATHRECHR SCD ORMIEH 2175 AR o722 Lnh, MDV 7 —Z X
— AR TGl 21T o7, F£7o. BEL HDOADHEBOHTSCD & ALS Z 3R L7 BRH I,
R BICITHEEN G SN D . 20 X 5 B ERICxET 2 57 38 D BA%E0 i Ik [ 3 5 O 7F-AM & it
THFEERNTHZEICERNODEEZT-Z2 L, Z LT, WMERIIADVEROFT T bR
BEHINZNZ LD AR TESF T W= 8i7272 7 7o —F OREt&1T 9 7290125 L
TRBEBZTT-OTHD,

B 1E FUORBAERLOERAEETICBIT2EHREBEOEMETMO =D DENTHI
ERBEHRT —F N—2OF| AR IC B3 28T : FRE/DINEMERE

[ERY] SCD X LT LU OEMEHAEETICKIT 26200 (effectiveness) FHMiIC
BT D MV F— & ~— 2 OF AT RENE 2 Wistd 5,

BEt 1. MDV 7 —Z _X—=Z20 515 5N 5 GO R

[ 53] #1051 U > Phased §ABREG O BEFRINILUES L O IPEFEMIEH 228 LT, MV
T —HRXR=ZANGE LI XMERE OY RIERCA DAV S 2R EFAEL, VDV 1D
BOHNRWERICOWTL. ZNEM I HDOIWVIRAL LTED L I iiin B 2 5N b0 %K
L7,

(A5« BE] MV 7 —F _X—2ANbIiE, BG4, Film, Wl EALTIZOWTOFERIS
BT, RN DWW TR, ZIE B IR 2RI E) > 7232 B ICEET 2 1A & 6z
720, BIEAORDVICZHAZHWS Z & & Lz, IEEBEEEEPIERICOWTORBERITE O
72Tz, SCD HETT T~ 5 & FIET Z i TR OA M0, W N REE ISk L CEH S5 mTREMED
H 5 ACE PHEIEOM G EEOERIISE LN, D OE#RE B R OB LB OBRIZ SCD
DHEEITIRIL D DT EIEE DB EBFRICET DL Z EIIARETH D L E XD, o, AOMERHMmIE
H? 5%, Phased BRIFICMHH LD RRA v FTh 5 AR UCERE , JEE)JiEREIC
BT 57— 213507, BHEMEICOWTIIHE FREEORERNS DIz, W FREEIC OV T
WX, B4 L ICD-10 a— FDOE#RBH D ENbHHARBREEMHICHENTE 5 EE X LT,
MDV 57— RX— R ZFH LRI B W T, = RS v IMERA E LTI 26D b D%
HBIRT D2 LRI ND, — 7, BEOTZ U RRA L hD o b, FETIZOWTIIANREE TDIRE
COBHRITE LT, BEERETEOFERORTH DD IEMAHRIINETH S EE 2 HNT-,

Bt 2. AHFERETICBIT 52 VTF LY O RMERHE

[J71E] #eit 1 OREHRERIZHESN T, DV T —F X— 2O THERA D /M PEE |
DEEZHHE L, S 52X VF LY Phased il OERUILHE 2l 72 & 23R L €. B
MHICH LT LY BT EINTRE (X VT LY R EXLTF LY U EFENeno T
# (ZAT VY VIR 20T, AR O 72 DITH WA X2 M, HE T REE R OB
T& L, MDA MEAEL Kaplan-Meier (KM) {5 THEMT L7z, A2 EFEM I 1T BIZ26R 44
HD 5 M E LT, BISHIRNIC, METRESR VI CEZMRTE R NEE MV 7 —F X— 2
ENBEZ BRI, ZVTF LU O RFE SN BEITITHE0 & L, vk, ATOR
SHEHTIZ. SPSS version 23.0 (IBM SPSS Inc., Chicago, IL) ZA#fH L C%Eh L7,
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[REH] MDYV 7 — & =2 DO T4 A TERE/NMZAEMERE | OB 5, 550 BloHng, Z L
F L'V » Phased iR OIBINEEEFZ BB I L T2t L, &w%vjxkﬁﬁ&&»%
LU IALFREDRI T, 2Wr B O, BLEBRGA B OFES, M OWERNZ L2 - 7203, Hm i
MIZIXZENH o 7=, £/, WRET ACE [LERRDULIT FEREIZZITE) > 1228, M FFEE OBEEIT #
T L) AVFRED TG o T, BRGNS b AR O FESE LT A A X b E L2 KM

HIERTIZ, Wb Z AT LY VAFRENIE G RE X O REHEMICA BB WA EEZ R LT
(P<0.001), W FFEZEIZ-DUNTiE, Phase3 iRBRIC kw(&w%V)/&528B&UBZBT@
BRI HER ST hS, ABFZEICB W T 52 M THILF L Y G RENIERLGREL 0 B &I
WAEZRMEZ R LTz, BIEBAG) S 52 M OFEAm R AUZ Té+%ﬂ%@@41ﬁﬁ%#ﬁ5
@%%ﬁ@%4m(#mﬁﬁ)&oﬁ3%<@ﬁﬁﬁ5$%®%ﬁﬁﬁfiﬁﬁ&%_ﬁ9%
HoT,

[%Z%£2] MDV-DB 7> AW 24T 5 DIZ+537% SCD BEHMN SN, ZF L LITRED
TN EIED B %5 ATEFTREMENS 8 5 D3 AL RED J7 03 R R E AR AR R OVAEFRENE EILHE
Mol LU 6, B 5 RO BB HE 0 RIT 90% &, HDOEW RCT OUE-DD
HZTHDHHIE « g 20% L b _XTEHE L &< BEOBEWEHMEIZE L, —F, ﬁﬁﬁﬁw
FEETCORBITHU Y RIZ/VF L I > Phase3 RERD 52 B SIZB T A H 0 « &K 36% &
FERI U Tho7eZ 06 ABFFEIZE VT Phased 3Bk & [FAIERIC wﬁ%f®&w%VJ/®%
TREEIZ T AN RIIERINT- L EZ D, MV F—FZ _X— 2 [ FEL M TIERTHY . BEMEA
BN CHEEEREE 222 LIl 28 T /a0 iawd kP& ik L7z 0 sk L7tk OB
TEX7pWNWZ EIERATH D, MDDV 7 — &m~z%ﬂ%bfsw@mT%;_omfwﬂT@&
NF LY OMREMHFERE T CHERTE D, %%@Hmf%otsw BT HIEHRIED 5
EH R OFME (effectiveness) HMliZATH Z EIXTE o7,

[ﬁ%ﬁﬁ%ﬁl%lnmyqﬁﬁw% EMT — X N— R % AT FE R EME IS T 5
ZNF LY o ORMEGOFNNEIZEET 2 BRI R ET

F 2 E HORBABRKLOBERICET 2IMTREEL L COENTRERERT —F X—
2 OFAFTEEHEICER 2 BeET - St R iE

[ B8] A B A E RS O BRRIZ BT 283 REE L LTO MDV 7 — & X — X OFI| H [ REME
R %,

[JFE] MDV 57— & RX—Z 75 ALS JRIEIE U LY — L B AL SV o T2 /E (U vy — LI
FEE) EER L. ERNSNY LY —) L Phased iBRT T B ARREE QAEDIB 2 LD 72 WA ERE KM
ETTHAT Uiz, F7o. FEEIC, VL) — VB0 S o 728 (U vy — VIV ZVERR L.
EINSM U L —) L Phased ik U /L — VRER ONESM 2 L 2% 27 Phase3 iR 7 7 B AREE (T1%
D ALS BENEBRFE L LTY LY — VL2 1TTW5) EREGIBRZ DR W AEFREE KM
LN LTz, BARD U LY —)L Phase3 iRBREGEIZIS 1T 5 KM EIRRIE, 77 B RBER VY LY —
IVEEIZBIT A5 TF# D High risk #£ & Low risk ﬁ@éﬁi\?%ﬂ%b\f?ﬁﬂi L7=b D EHEF 72
IV, High risk # & Low risk B KM i 2 0 R A 72 LRIV /=, Highrisk & Low risk
ERET DR IE, i, ARSI, BIEAL, RE, R R, RRMEHMER r—v, 5571, B
IRIED—II 72 BIEE OHS7e ECh 5, BIEHRINIC, %é@%&wi%t%ﬁafgﬁmi
F MY T —HF X=X ENDEATEFIIITHEI0 & Uiz, [REDIBIL. 2T AR DRFE L,
FETLC T DWW CUTIBPRRF AR 1S 2 W=, 72 B & T O EHIENTIE . SPSS version 23. 0 (IBM SPSS Inc. ,
Chicago, IL) #ZfHMH L CT3EhE L7z,
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[FER] MOV 7 — % R— 2O CTEIRA D TIZEMEHEMISRELE] OB 2,320 AOHF N5,

U )Ly — L Phase3 SR O BN FEEHELE A 5210 U Tt 2 LU 7=, Phase3 3Bk & Ehig LT, B
W (MERI, ., RE) ICHFHENIICEERZ T o 720, BRI aE R EZR D -

7= (t BRE), PWiEEED 7 L — R, ZHrEEE, EEOBEEEIZHET 2EHRIIE LT,
thig xR oz, MV 5 —FZ RXR—2D Y )L — )LIFM G REDEFERILZ, BADY LY —)L
Phased R D 77 B AR & LN THREFHIICAREIZE < (P0. 001, Landmark fi#f=) | ko Y
JL>)—)b Phased RBRD T 7 AR L LA THHEHFIICAEIZE 2> 7 (P0.001, Landmark
fENT 72 L), UL — VIR REDOBIEAL T RS O REEFT H U0 2%, Landmark @i 217> 7255
A 46%, Landmark fENT 21772 WEATL 529 Tdh - 7= (kLandmark fi#HT : BIEERIENG 3 » A1
T2 7o B BRARIRE R & T DT o MDV 7 — X =2 D Y LY — VAL RE DO KAE BB & (o 72
WAEFERIX, [EW Phased &BRD U L — UEE L LERTHEIZE < (P0. 05, Landmark fEHT) .
YL —)VBED Low risk BEEIIE DL SR o7228, High risk BEL D bAEICE -T2, MDV
T =B _X—=Z2D Y )V — VALGFEO KB YIB Z D 2 W AELEERIT, St Y /L — )L Phase3 #
BRIV — VR L R THERZEITE) > 7= (P=0. 319, Landmark f#fr72 L), &HI2ZD 2
BEL L 3% 7 Phasel3 R T B ARBED KM B2 RREAICHER LIz 2 A, BLafFs T
Phase3 ik 7 7 ¥ R BEOXEYIBE 2 b 7 W AEF=RIX, WL Y /L —)L Phase3 B U /LY — L
HERX O MDYV 7 —HF _X—2D Y )L — VAL REO R E OB 2 D7 WAERFR I D & @V EIC B
S>77. KM RO FHIREERIY, T 2% 7 Phase3 RO AEHFERE L AFETE R 72720
Eii TX 2oz, 708, B L 3% 27 Phased iR O Zh IR IE HIXBI LB AE 12 » H O
BUIHZ DR WVAEGFTHD . MV T —F_X—2D Y )L — VAL HERC U )L — )L Phase3 R
DA NHRHIGIE B 1T 18 » H OKEYIBRZ DR WAF TH o7, BIEK TREE DR
T BV FiL, Landmark AT 24T o 723856, MDV 57— Z _X— 2D U )L — VAL T REDS 58%,
WY L>)—)L Phase3d ik U /L — VRN 43% CTdh ¥ . Landmark fif#T 217072 W IGE T, MDV 7
— A R—Z DY S — VAL REM T0%, HEAN U V> — )L Phase3 3B U L) — LEEMN 35% T o
776

[Z£] MDV 7 — X X—2D U )L — )LIERLGREN T[RRI E L CU LY — AR FEE ST
WRWTZBREE] ORDVIZRY ZDNEIDERFLIZEZA, DV F—X_X—Z2D LY
— VIR O KB YR Z E b WAL, EWNSNY LY — L Phased3 SBRO 77 B ARBEL Y
BREIZEDNS T2, Z 0D 2 BELESE R OHH & LT, JEEEN WD Y vy — L EW Ph3 B
21T, RN E S BIEOBRENEL S B U RN H D, £72. MDV F —F _X— 2D IEAL
FREIIBIET, -7 2 Z 2 55, FiX. Phaseld B CIIHEE] CTEIEE ZHix 573, real world
TIXEIEBI DA ST 65 & 72 D GEALTRECIZEIERIDN S 72\ mTREMN NS D Z & W5
FED T NRIRHIRINE - 12720 Th D, T2, T— X DNERB SN =R OE W KB YIEE 2 £
DIRWAETEROE IR LI-ATHEMED N B 5, ALS O HARFEASIAR & i LTV D LV H
HHHDH I LD, RID ZAMBXREEE L THEAT 2561213, R % i3 2 BARRER O 3 hE
REA & CE DI WRFICER SN RID 2 WD Z ERLEE LW EEX D, KRIZ, MDV T —
HR—= 2D L) — )VHLTREN TIEFEER E LT ALY — AN EE SN TWA 7 7 B REE] D%
VIR 250 E 92 RE L7z, EWN Phase3 BERTIZ U VY — LT 7 o7 R &L TAE
FRICHBEZIT <, Y Phased TIE7 7R L L TAEGFRIIAEICE N S2T22 0k,
AAREWENATY N — IV OIRENFICERN S DAREER H D, 12, MV T — X X—Z2AD J )L/
— VAT REDAETFERNEN Y VY — VO High risk BHEL Y b AEIZE < Low risk BEE 1L D
Mmool ELBETDHE, VIV —LIFRE L 7T 2RO LLEFRNT & [FARIZ, ALS D%
BGERNLUATL Y bIFECHIRsTETCWDHZELHEBELTEZLND,
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7233, LT 2000 FEARHTHIIC ALS VB3 & L CRAR STz L a3 27 @ Phase3 iR 7
TR (TISBEMEREE LT ALY — VDT 221 T\ %) OXEUIB &bl AEFR
I, WY L —)L Phas3 BBR U LY — LBEL D HE <. ZORERIZOWTIE, ALS OAGFRN
WELTETWDLHEWVWIBEORE LT 5, BIEK TRRAOREITHOIRIX, VY ry—u
OIS A% 197 HTHY . MV F—Z_X—2D Y L) — LA 5REZR 18 » AR TV Ly —
IVINEERETRIR & L THRE SN TWAH 7 724 OOV IZINBRIEREE L THWD Z &I3EEL
WwWeEz b,

MDV 7 — & _— 2 [ FHERE % O BF 2B CE T, AOREBFE O TIHFRN 2V, £/2, MDV 7 —
HR— 2 F, R, AW E B D B TRE SN T — X X—ATHhH D72, Hx OWE AN
DFTEBRLIEWVWT —ZDOETHEMLT LLEENL DT TIER, BLEDOZ L h | BrEoKRR
H 5 D728 O Phase3 iBRIZ IS 1T D IEE O @M REEZ . BIED MDV 7 — Z _X— X0 b ERK
T5Z EITREEE F 2 508, FIROBIMERGE Z HIEr T 5 72O ORRIREERIZ IS 1T DM REEE & L
T BIERIHATHRE S L7y,

[WFEfMBEEAT] 7K 170314-1 TMDV 7 — X X—2 &2 H W\ =% Al & HRET — % L L TOEN
A VT IE R ORI RTREMERR )

e e

MDV 77— & _— 2 RZR GRS LT SCD BB HUL O ALS BEENE, WL h 2012 4R R
ZIEHRFER O 2EBTH Y . FMAIEBTIIH D0, MDV T — X _X— AN 50072 0 OFEFIEK
DIEHND Z ENyDoTz, £2, MV F—F _X—X ECTEIRLRRIEITABRE L T T
HA XY FTHIVUX, IEMIZIE X DA RN H 5, I 61T, BIEHMNEYM Th
IELEE DA E VA ORSE AT L B2 oD 2 &b I CTRHmAS FTRE 72
B MERAGIE B2 BT A IS MDV 7 — Z _R— R (AT 5 & L L0 RSO B OIS 8 AT REIZ 77
HEWMFEIND,

— 07, 2ODBERBEMNGIC LIEARNELY, LD X 522 MDV 77— Z X— X DR D FFE T X
7o MDV 7 —Z R—Z B XRBOFRIEH 21507202, BFRHIMEZEEL v E D -
TLEIFREND D, o, EROEEEICET A HERDIEGONW D, EEOEEKIZKE
SBRITHIKINEL D, I BT, AREF O THERITE LN, Sk E ABED 2L
AN NETHRBEOENIRIIRETH D, £ LT, FIHE0HIRZ W=D, BHEBERNCIE
RARD 5,

MDV 7 —Z RX—ZAN L DIEHIND DI, BPMEE BT 57201ty — 2 _X— X L B H
N CHEAET D 2 &0 B EEE-CEFRAE /2 CO B IR LS U RIRA e B L VT
MR BEHREZBINTAZENEEND, 20X RIFRIZIMV T —F =L BELY
ANV TELNDZENEZLON, SHBITBEL AN IORERH NS Z ENBFfFEIND,
BRAEENTIE, ALS XOYSCD DEEZF L VA MY BHERINTE WD, —F T, BEL Y AN
BRI VAT DIRBIIRTZE S <, Ea, BiRE OFT — X IEIZITRFE 2 B35 Z b, TR
DRI ARET D 7212, BEFO RID OF|H FTHEME 2 Migt3 2 Z &1l IKRE L TERNH S
EEZD,
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