KEIO TECHNO-MALL 2020
R BT FE NI PSHl IIRISE (CE D U\ /2 55 Z=HE 1 I 3R B2 LIiE
(ALS) aiRICH T RARE

ERRBXRFEFIEEFHE

A=

XL e 2Nt icE:>
MEF $2. =I5 E—. &4k 15

i Z= a1 B ZZ 18 {EfiE (amyotrophic lateral sclerosis: ALS) [ZIEE) =1 —O NFEIRMVEZFIZLY . HRBEBOH HIETHETL . B
TREECPHFRALEZRXRT EELTHEHETY . ALSIEIRD — ﬂzEl’J@I%‘HﬁIEEtL’Clz 1 H AV 575 AALSFRS-R (ALSTER D ¥4

EBEEFMR T —IL) NERINTWET A, EEFE
HEAMEWNELSERENAHYET , IRTE. ALSF' M’E)iﬂﬂw'é %L(li,n

(FBR) BFEELLGW - BHDFF

II\\

_:Hﬁﬁ L. EEmMDE

it

DIELDEMNIEEIC j(%& ARICHEITORERIMRFIEDRELLTDIER
A TEALIGERKRMICHERGRNAFT—H—

KSR HARFEZFIHATSES

FOGHEMEDRBIVRRA /htﬁéck')?&/ 471'7—1J—€Faﬁ%bi'§' ATEIL, TiPSHIRRRIZR IZE DU 3R 55 ZE a4

RHEILAE (ALS) BAEETHAIOF—O—/)LERIENDERAILE

MRE=

[ /I aABEER T E B8R (ROPALS trial) JEMiFTLTEBLTHYET,

ik

—— B N r E SR

= 2 = - ’ i<
o/ | N o | RELAKERE 6
y > > \}_‘J ( ,\, / ‘: \\ @ F"":}‘
CIPIRME DB & j
LA N LR
pEE<N T ‘

ERILEERMELTDIDDE

3\% . W% TE B » e s i
@ i ' - L e
u T & d ‘ \ % ol % ﬁ%ﬁi%?—ﬁ—f—@').!7
FREDHZ " »
JIVE I VEEF
EHEL
EEp Y=
s i -: IE;& - | \7“)b'5t3‘/ﬂ’£ iﬁﬁﬁmﬁﬁi%wﬁﬁ
\ e SEBAE EEEE I haY KU 7HETS
TE% 7B B R & RAE ALS%%@E@*ﬁ%%t%W JE}
Fujimori K, et al. Nat Med 2018
\
. Drug-responder I 16 ¢
®. in vitro mm——— D g %
SALS cases : \ O .
"% Non-responder I E | O
" In vitro : 723N N~
o 2 i ¥m o\ o B2l
Q | o fE N S
Q- : by \'l:lm ‘\ iy m
> . SALS-14 ) i:m]e \ Q O
o - - IE) \ @)
el oE O\ 82
L : F|‘ . A Q. <
Q. 1 : ("_ EISHZ /! o) 7))
) ° i A "'ﬁ_ ! % ﬁ
: R oF /g
o
gl - SALS'lz o o "o T O I S (AHARE OV SiPSHARE
TN . ° o SALSI0 % / < Il
0 ! 1 0
0 0.5 1 15 2 L___?‘_I / " ., " 20-30
1 -
= v O CD @ . ~ sz
TARDBP-ALS phenotypes ;E'. S <:_r:| o PSHRa NS E B
—— > '.6 l -5 — S S 1]
FUS$HHUMITDP-43ER-ER R EE T DA g 4c¢ —a—RFK
OE =0—)LIEEZIE DresponderTHY . LV 1t % s 35 14-21
ZFE L7 B HVsub-optimal responder# TdH 5 - ~ 2D

ALSDRBPEEMREIYIEEIC TR -HETH=OICIE. LEDMIZHELY

ZLDENGNAAT—IT—ZRELTULKZENVETT,

N = 22;: means = SD; **p <(0.01; Student’s 7-test

RIZE! - FENHIE

HOMAMERRICIHITHIEMNGEEMERIESZFTOERAEICETLIMNE
EMMEEARBRIFSYT - )ROLa= T BB (ATY72)] (2018FEE~)

iPSHIRRRIRICE DW= A E MMt AIREILE (ALS) '8 RETH S

O =0—)LiEEEE DR AL FE1/1aE KR

BRERIIRSRINRFIEZE

BEBRMARMEREAN A ETEH -1 —OVFEED
FRREEMHIE AT LDIBE
(TAZ— A FENFHE R DBFE)

BEMBRERPOARZEFTEOAHAOVIIALSEHFEMNEE
EHDRE (FET R EEENRET
(BEREERRERDER)

BEMRERPITIVY—LHANIEFPSHARR I E
B—a1—OVIZHEITHEFIEEERNA/MIRNAZ D & H
(FERBIT S TAHILETILINADS T oy D —O 8257)

¥ BERIOD HIEMHALSEHEEZ T EE

63D RO ALSELEBIZTAOU -2 J 12l
—|:| E-O— )LIEREIE D | ©51 3 (Targeted NGS: AL A S 12 AED

EURRHFEZHALI-AREREOEMERAEL

BEEOESH—1—0OY ALSEEENDERI —1—AY

IR

A AL RAERANTASEEIPSHIAN S S ERS) — 1 —O 25

* PS"ﬂHﬁﬂ’\O)SeV *7]!1 &R nday 1’C?$‘f‘"7<ﬁ_$§0)$§3_’éﬁﬁ o

BE7F D EEE % (Fujimori K, et al. Nat Med 2018) &EEERL T B HEEE)
—a—AVERENDODENERIZER T HIEMNIEEELEDT-CETL A

BELlz, TAS— AR B E MR

ZHRITITHOTENTESISITHYELT =

R 75 ZE A
RFIE SR
DF/E

B R
T—H—%
=)y

"af
73

HFOHAMER NI SERMNIEERERIEEZNDERILICETLHIME
INAREILBNAFT—H—RAFEME(RTVI0)

B EMIPSHaRIZEICE DLV

i i

%

 EAEMEEEIZRAEILE (ALS) SR BRI 3 [14 ZE F| i 14 BT 432 fit D Bl 58 Y,

BETD

B T

D

IRFE =B DROPALS trialc HEF LT, EFFHRAOHH (W&@Wbups
FHREIERD DUNEZ 1T, B F"&U\_;_ BT —A20 IR R T Z v BE

LET . 8l ROPALS triallCH [T HEBEH I /A —FEL TD IS

|

IJ’E*F.LGCd'o

BEBERMNT—H—E=42Y

HeREEOELRE. L\T*E,U‘CF#EE’JT*AJli<,éfd),ﬁllEl DULNTIL., #REF
E’]f&ALS'E' ni**d)z*E?&'fTO—CL\ N 9 o C\T:s Msl&n_t*'l'% L\T'Ol/7 JF_
VXOFREE ., 8-OHAGTEE DEEREDREY—H—IZ DWW THIERBIEZEEF

BEEAHPDIIVY—LORARLVRNADAIFEZZEHL TLVET,

EXROEHERMREHEOHAEAMELLE, B OMARBREEOARECHT S AMEORETF T/HF AT AT L (NanoSight) 1= &S B H B+ 5UHLT Kt 21




