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The 43rd
Annual Scientific Meeting National Institute of Neuroscience

Tuesday, March 22, 13:00 - 18:20  Wednesday, March 23, 9:10 - 12:20

13:00 13:10 Opening Remarks Kazuyuki Nakagome, President

Oral Session 1

Wakako Yoshioka (Department of Neuromuscular Research)
001 13:10 13:35 Multi-dimensional analyses of the pathomechanism of GNE myopathy with non-
catalytic site variant, GNE : c.620A>T

Hiroyuki Yamaguchi (Department of Information Medicine)
002  13:35 14:00 Application of Self-Supervised Deep Learning to Neuroimaging of Psychiatric and
Neurological Disorders

Kazumi Shimaoka (Department of Biochemistry and Cellular Biology)
003  14:00 14:25 . . - .
AUTS2 is required for the neurogenesis in developing cerebral cortex
Shogo Tanabe (Department of Molecular Pharmacology)
004 14:25 14:50 Pathological mechanism of neurodevelopmental disease by inflammatory immune
cells

14:50 15:10 Break

Oral Session 2

Daiki Takewaki (Department of Immunology)
005 15:10 15:35 SPMS patient-derived Gut Microbial Strain Accelerates Chronic Neuroinflammation via
T helper 17 cells

Satoshi Watanabe (Department of Ultrastructural Research)
006 15:35 16:00 Transcriptome of autism model marmoset reveals three subtypes of human autism
spectrum disorder

Shinji Kubota (Department of Neurophysiology)
007 16:00 16:25 Modulation of somatosensory signal transmission in the primate cuneate nucleus
during voluntary hand movement

Sosuke Yagishita (Department of Peripheral Nervous System Research)

008 : :
16:25 16:50 Neuronal activity-dependent alteration of tau phosphorylation

16:50 17:00 Best Paper Award Takeshi Iwatsubo, Director General

Poster Session

17:10 18:20 Poster Presentation

18:30 19:30 Get-together party (online)




Oral Session 3

Yasumasa Hashimoto (Department of Molecular Therapy)
009 9:10 9:35 Brain Dp140 alters glutamatergic transmission and social behavior in Duchenne
muscular dystrophy mouse model

Yoshikazu Kitami (Department of Mental Retardation and Birth Defect Research)
010 9:35 10:00 Clinical and genetic distribution of Joubert syndrome-related disorders, a
neurodevelopmental disease group of ciliopathy

Yukiko U. Inoue (Department of Demyelinating Disease and Aging)
011 10:00 10:25 Targeting neurons with functional oxytocin receptors: A novel set of simple knock-in
mouse lines for oxytocin receptor visualization and manipulation.

Yuya Kishino (Department of Degenerative Neurological Diseases)
012 10:25 10:50 Dissection of molecular mechanisms underlying neurodegeneration caused by fused-
in-sarcoma (FUS)

11:00 12:00 Special Lecture
Kenji Doya, Professor
Neural Computation Unit, Okinawa Institute of Science and Technology Graduate University
Canonical Cortical Circuits and the Duality of Inference and Control

12:00 12:10 Best Poster Award Takeshi Iwatsubo, Director General

12:10 12:20 Closing Remarks Takeshi Iwatsubo, Director General

10



Instructions

Oral Presentation
1. The oral session will be conducted in a hybrid format both onsite and online.

Onsite: Universal hall 1and 2, Library and Conference Center
Online: Zoom (Meeting ID: 841 7521 2429, Passcode: 750752)

2. The oral presentation will be allocated 25 minutes time slot, including an 18
min Presentation (in English), 6 min Discussion (in English or Japanese), and
1 min the transition to the next presentation.

1 min before the end of Presentation time 1 bell
End of Presentation time 2 bells
End of Discussion time 3 bells

3. The chairperson for each presentation should be the director (or Section
Chief) of that department.

4. The presenters should upload your presentation file (PPTX file) to SharePoint
(the following link) by 23:59, March 21, 2022.

Upload site (SharePoint): https://ncnpmail.sharepoint.com/sites/poster2

The filename should contain the following information: Presentation number,
Department, Family name (e.g. O02_%&%5 35 _Yamaguchi.pptx).

Poster Presentation

1. The research posters will be displayed in a hybrid both onsite and online
(SharePoint), and the poster session (presentation and Q&A) will be
conducted onsite.

The introduction poster of each department will be displayed online.

11
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Onsight: Seminar Room of building 3
Online (SharePoint): https://ncnpmail.sharepoint.com/sites/2021meeting2/

2. All poster presentations will be scored by a panel of judges. One Grand Prize
and two Excellence Awards will be selected. Awards will be presented at the
awards ceremony (March 23, 12:10 p.m. before the closing remarks).

3. The posters (AO size, vertical orientation) must be hung on the morning of
March 22 and removed on the afternoon of March 23.

4. The presenters should upload your poster file (PDF file) to SharePoint (the

following link) by noon, March 18, 2022

Upload site (SharePoint): https://ncnpmail.sharepoint.com/sites/poster2

The filename should contain the following information: Presentation number,
Department, Family name (e.g. P11_%J5% L i_Kojima.pdf).

Poster Judges

1. The judges will evaluate each poster. They will choose and submit the three
best presenters via the following form by 9:00, March 23.

Judge form: https://forms.gle/7jsTw6TDocQv3ZtGA

Get-together party

1. Get-together Party will be held in a virtual space (oVice). More details will be
announced at a later date.

Secretariat
Department of Information Medicine
E-mail: nanabu@fbr-ncnp.net
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I. HARFERUHARBN
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(@) ACTNZ D7 UAPERIC LY a7 IA1F -2k 2 HRTYD TROZ LEE L
(Inoue et al. Acta Neuropathol. 2021 Oct;142(4):785-788).

(b) B - it & o LFWFTEIC X b RSN R < A5 — (OPDM) OHFiBUsIREE - TH
% LRPI12%3% R (Ishiura et al. Nat Genet, 51: 1222-1232,2019) L7=Z & #3L LT, 59 5% 65
#la> OPDM_LRPI12 #]% [Fl5E€ L, AF<Tik OPDM_LRP12 2 DAL DEN OPDM TH B Z & %
HO2ICT 5L EbIC, ZDEEHI AR ZH S A2 L7z (Kumutpongpanich et al. JAMA
Neurol. 2021 Jul 1;78(7):853-863). Z Rz AD OPDM a+—+Th 5,

(o) TNNITEE T2 & 0 HROASE Ot BAfHRE 2 K 32 & 2W 522 L (Nishimori Y
et al. Neurol Genet. 2021 Dec 17;8(1):e649).

(d) EBBRAOYIR % 7z Pompe REA 7 V) —= v 7% Efi L, A TRMOTHTH S Z &,
%7, BOMERRINIC X 2 R 7 Y — =V ZHFIG X Th o I3 ER &2 S & v 5 18 o Hic i3 Pompe
WWBEL e o TWB T L ZH S L7z (Saito Y et al. ] Neurol Neurosurg Psychiatry, in
press).

(o) BEHMHO~N= ¥ YV « AV VROFEAZHNCTT A =7+ F—= v 7ICEBTATY R
LD ML= v 7T, RHEMER X D D EOGIEEREE SV AT LD EITo 72 (KabeyaY
et al. Lab Invest. 2022 Mar;102(3):220-226).

() IFEIFZEIC X v LIG3 (Bonora et al. Brain. 2021 Jun 22;144(5):1451-1466), JAGZ (Coopens et al.
Am J Hum Genet. 2021 Jun 3;108(6):1164), MLIP (Lopes Abath Neto O et al. Brain. 2021 Oct
22;144(9):2722-2731) D% N ZWEEHEAEEOBURFEE FCch b 2 L 2L IC L.

2) igicBa3 55
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et al. Neurology. 2022 Feb 15;98(7):€739-€749). Z U3 BG4 BiloM R KD a+—+Th 5.
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1039 #ifk, 2018 4E 1093 #afk, 2019 4E 1145 Bafk, 2020 4E 1103 Krfdk, 2021 4E 1103 Befk[JE4E]). 2020
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Editor, Journal of the Neurological Sciences (P4#}), Therapeutic Advances in Neurological Disorders
(P42F), Skeletal Muscle (P§%F), Expert Reviews in Molecular Medicine (P§%F), Experimental and
Therapeutic Medicine (B711) 7z & ®Editorial Board % ®, MU OREICHS LTWE, F7-,
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A+ A RTINVFEOHINEDR S, FBDT 7 v M EEERBEINTWS, B, EWtoREEEZ (U
B, Re PV RV Y 7 — Mkt (2A4), JbatkyE (hiE) SHEREESERE (5i8), WiRE (B
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it (ME/CFS) 1B 5 BilfaL < b7 (BCR) ffficowTHifiL, BCRfi#hTic X 2 ME/CFS
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7= (Araki et al. 2014). FHIPL IL-6 ZZA4PUA Satralizumab @ NMO 1< B 3 G5hMENERRILEEER©
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FET AEE 2 E X CT& /2. KRERDZ AV —71%, ALS & Alzheimer JHDEE T I B TR
#hic BT 5 Eomes Btk T ~ o3 —fiill0EBEZ AL, 203 2L LTL Fax Y v LINE-

12— F3 3% ORF-1 35 X1 ORF-2 Z[H%E L7- (Takahashi et al. iScience 2022).
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5) fAPEREREZS - 1B ITRERERE (ME/CFS) D %yi@kigic B3~ 2 wisE
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5O NHR 2 3L H 72 iR E OBIFE I D LA T 5. REEEIZAMED 2 & O BB DO KA 541
HSMG 2 HEIC, JOURERCSH, HHEIM, MM EREL L. FREIRERRL LT, Elatknh
B - MIRIBOBREAEE HNE LT, T —2X—2B L UEWFEET VICEE oWz Yy - 2%y
7 F#l> AT LT beSkip-Finder (https://eskip-finder.org/cgi-bin/input.cgi) % MHH-CcHld CTHIFE - &
L7222 TH 5. TDT—2X— RS - IREREINT 22 Y v - 2F v 7RO &
ZOMRE Y v 7 IRTMPURR DT — 2 R—2TH Y, B EHET VKo T2 IV Y - ZF v T
HEE DI 7 3%G T & WREIC L 7=

P VRL = a AR E LT, HAHEE (BK), NCNP#be, 7 v AL —adn - X747
Nt v 2 —(TMC) B X W ER R & LT 7 v F & v AR OB 2w, HRYIo -
7V VAR F v THTH HNS-089/NCNP-02% i\ 7= ERT IR — P 208e 5 L 24T L, 1R
ARG 2 R L7, BERTERE S — P2TI1E, IHRREDO VA b a7 4 v RBINIEL ~ L (80 mg/kg/wk,
24 GRETIER DRY15%) 2R U7z, & DR 220224531 13 H~16H CRIEIRHH]) Thifi dMuscular
Dystrophy Association1 v 7 7 7 Y ATHK T B L ikic, 7L RV YV —R L 7.

—J7, BEER7WE5E & L CDMDOD - finig RIS 4, UDCsSES/iPSillllld % Fiv 7= BI3EMT 7L 75
ERERINICHEB L T 5, BUEERINRERE, AR TRY:, BEPIRERE & odific K b, KEAbedt:
24 B X s 24, A2 R IR B ISR T ANz, RAEOILFNIFEETH 2 HAFEE kR 5
LWL B14 2 HETZ T AN, DMDEKHIZ WL F 7Y v - 2F v 7O Z L Tfro T
W3, AT, WHBEOHEEBEMTOWS E LT, —RWIcE  oWfEH 2T AN, RN ZHE
HEL 7=

WFFEERDPE B A HEE DI A & LT, Kith - piipBTsehaZe & oSN Z <, HEOEN
BUESEBHRE L AR A v 7 7 5 v RO A 2202048555 AR U BN 138 n e RIGIRTgE
), AREEDITH2THDERICIIS  OEEFROBGBRE» ML 7-.

F7eit D LRI HEE DAL Y FlA L LT, TAN— X2 KFOMBEEB IR, Ay 7 A7+ —FK
ZdDMatthew Woodftit:, 71V v 2 AWFFEATDSamir EL Andaloussifdit: & & 81CEHE L, BIBESC 7
J LD T Y ANY —iigea E2BEHEEL 72, v v F v K DFrancesco Muntoni#iz & & D LFEIHSE
IZBOTE, YRMRT 4V - TA Y 74— L EGEEREEDBEIC DWW TR E T & 72. EUODMDIIT
KAy =T LICHBERICSML, Y K¥DCyrille Vaillend 8#%, X V¥ £ 2 K% D Aurélie
GoyenvalleZidz b & 51 X X iz 772> T 5. LALLM, Hlw 4 A 2ic X 2 HIRR 5k X 7z
HicBnTH, Wi ZRERRS R Z X5 HHBTE 7.

AAEEED BRI BT AWRAGIILL T O L BY TH 5.
(% R HAS

(= ) SRhE, ssRKT, AfERk
W £ Wt & B K Ldr, KNEHT
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I.
(D) fEyrtru7 4 —%I1ZLH & T A0 - iR opke -
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YH¥—F7zmw—)

BF W #& W 7% B)
(FHIF 2 B JE 4 B B
Gt Sk W % R
(v 2 —WiFHiBhE)
(e v 2 —$EHF)
FHoF & H %0 F)

AR, RSN, RIRAL, BEHERSC, BERAm, B,
FRIHEME, Ao, fHesl, SRS -(~R3.7.3D, ahkEs,
Joel Nordin, JgHIRKE:, FHEHZEE, =EsE, LERDY, ARA—,
BYIIESE, /IVPKIE#L, Maria Tsoumpra

Igf# 5> &, William Jennings Valentine

Chaitra Sathyaprakash (R3.6.1 ~ )

YIRS, YTPeHE, Saifullah (R3.10.1~)

SPHEF, RAREG T, B3R (R3.7.1~), HET (R38.1~)
FOOERS, PR —RE, RERAHE, WRHSRIE, HESZSE,  REHHSE,
fEAZRE CAHRDO), WEHHE (R3.8.3~), M (R3.8.3~)
HEF (~R3.7.31)

BEAEE (~R3.7.31)

AR (R3.8.1~), “phZEHT

(WF g ) MG, eREFEAN, Fulikcl, e, HRydE, X,
DU Xuan, BH X R - TLF - ¥z VE, kT,
By Fg—EF (R35.1~) (BLE, #f%d)

KB (R3. 11.1~), s R3.11.9~) (AL, WIFEREE)

AR EES R URRENT
BT
BRI

DMD T, YR2tu74 vdEwT A4 Y 7+—LTH5 Dpldd RIIC XY HEPER X2 b T L&
FEEABICELLTOILBHAILN TV S, AT Dpldd ORKICX VIKORIAELY Tich 5
e CoEEYE S - 7 ABEEMME T L, =V R0 a2 =7 -y a VRENRI 52 L 2o
ICL7z. I DI, Dpld0 OFBIZMEI 2 Z L TINOREISET S LBNHLA L7572 (Prog
Neurobiol. 2022). AWMREZF T, FEARIZH 7 BIHAD A2 T Student Award EFHE 2 ZH
L7z. MAT, ¥ F ¥ R¥D Francesco Muntoni #f% 6 & DILFIHFEICIHBWT Dpld) Z2&H 7T A

FRT7 4 VDRENT A Y 7 4 — LR L HEBIEERED B 5 vtk 2 JLH Uit L 72 (J Cachexia
Sarcopenia Muscle., 2022).

FRIE, ARG O 1%, Cav3 FEBIHIH] U 722 & F o TT 2 170, Cav3 X ST 2 1 B
5325, HICHi/MakD ) 7 ) ¥ v ZE5 Lk LA S 2 FoCHlllan Ca?+iREE %2 i3 5 vlike
PEE I ERTE, EEGEICERIL 72 (Under revision). Valentine 13, ENZEFREREZ L v & —
& LFC DMD B&fiiz 7= Y ¥ F < 7 R g & 920 L, DMD E&ih QAN E RS I3 R &
i3 L RE AR5 2 &2 Ltk L7z (Front Physiol., 2022) .

B A RRR AT v 2 — B X UT Aoy — 2K L EBIL TS 7 — 2 2T L, @t
B RO EZHNE L 227V V- 2AF v TDOT — 2 R—2 B L OB FEE T v IcEED
WPl 27 L TH B eSkip-Finder ZHEEL, DBHICE o7z, TDT — 2 R— R ILEEPEREE - i
BALIKNT sy v - 2%y 7HROBI E ZDHMBEEY v 7 IR-7T—2R=2TH Y, HEWAE
ETMCEBIY YV - A%y TEOME L THT HHEDAL TV 5 8, 5SROIV Y - 2F T
ORI B TPENREEIZ 2T L AIEEIN S (Nudeic Acids Res., 2021).



(2) FAIRIEEEHIERTSE

Ty Vv AF¥y FEOFFEICOWTE, MAYIOLS v v 4 A%y THTH S DMD iHHEE NS-
089/NCNP-02 Dld¥e%, AMED A& LI HEE 7' 0 27 F 2 - & — X C D3RR Tt 7-.
2019 4 11 H X b Gk L 7z ERF38R% < — b 1 (First In Human 38%) BX 08— 2 02 ToRS.
LT 258 7 L7z, 2022 4F 3 HICHif# X 417z Muscular Dystrophy Association 7 ¥ 7 7 7 v A THR
#EXDHZ, 7LAYY—RL7 (https://www.ncnp.go.jp/topics/2022/20220317p.html). AFEDFiRE
i, TA7 4 Y BB TH B Z LIk BEoREMICA T, FFHRESG < 5 2 Frll s ticsIssg
EE TR L 7B EROEL 7 + V) ) BRIREHITH 5 C L ICHERT 2RV v - ZRF v 7
WHETH 5. ZhlDiREIE NCNP Jile & R E R AEBET 6 il DMD E#ICn L Tirbh, F2GF
i H TdH % K2t ft, NS-089/NCNP-02 $:50FEVIE, o2 tu7 4 v 2 v 7 HORE, &
& OSHBERETHII S DA IR IC DOV TRGET 21T o 72, Z OFEE, NS-089/NCNP-02 051z kb, Y2
faz s vz 2BoFBINE, B X OSEBIREEOHER X IZSGEHERA RR I . Sh o DR D
O AFIZ DMD 23 2GSRI T E, 5l &k & Liiz HiG L 7 KB~ & i 2 £ Twn 5.

siRNA EEFEICDWTIE, AMED #HAMEREFERNLIITE R DR 2320 T, I8+ O 13RO A &
i, EEYEY R b a7 4 =g A AHERAPEIRE N siRNA BRSO FERHLICBS 2 BRI %2
HED 7=,

AMED BIFEIAEHEENTFEHE T, TR L U, it~ ORIBRIEIE T Y N Y —icld
=RV ~=—RY v FoREziED, BROHMLEZTT 572 (Journal of Controlled Release., 2022).

AMED ER5r I RS T, BUAOR Y 1PS Ml gerT & dis L, DMD icx3-5 9 DDS
ZHWT 7 LEERELOF D, BRI T 72z o0 -,

(3) t M E W7 RE T AL LAREE - IR

RS 13, MK DR UERELT % 2 JRHkAlE (Urine derived cells: UDCs) DR el % 7
L7z, 61, BUERYFEAT 4 A E SRR L @5 L C, o~ v 7+t RNA-seq 3 & U ATAC-seq
12 X v UDC filetE R o562 fidr 2 17 o 72,

NS-089/NCNP-02 O EERliFERER O #5534 7> & UDCs, #MUTHEANE, #ICERHESIEZ AL, %2
hNZhofMlefiic B 5 in vico =7 Y v 44 2% v 7 OFHlZBOEICHEYI L 7. UDCs 2 il = =
— 0 v 23 A EA R IZITHE L L, KBS I3 RIS T L 7=,

KB ZR ENALOIZEH & OISR v b7 — 27 2R L, © b 3DAMASETEITE 2 RS % e
Zito7-. e+ ES fIeEREhiaaeE 2 SCRREEE 5 5% 72,

(4) e b iPS Mz G U 7= Bk B & RIEERSE

RS 1 AMED [Epifesiny iPS #ia% G U =M er i REbRifse ] s, sy v Lk
AF AR — 3 ZADWT= ADNERED N D B L5 2 OB R EEE D DR L 72 iPS e %2 Fv TR
RERFSE - BEEITTE 217> T A, IThHE STIM {5 12594535 % Tubular Aggregate Myopathy (TAM)
DEFED O IPSHlEZEHLL, A —FThHIFE L7 v FarzHu ekl zFE L7z, &
Fllie Tl Store-operated calcium entry (SOCE) 2K T LT\ 7223, ZhZRIEI ¥ 338F% R L,
Z DT 2R Th 5. B R, SivVigik SERCA oifit:{t#AlA Duchenne B 2 bt v 7 4 —DE
TN ZADENE - BEEERIIL, HhzRiETs 2 2 lINL, SHE, HEmCE EREGSEIc R
L7z (Hum Mol Genet; 30:1006-1019, 2021). FEEREEDIFCIE, JULB 7Tz 277 0P v E2 D3
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ARSI T B 2 WA OMER c RHTH B 2 LR HL T L Giocldad). £7-,
Elhussieny 13, t FiPS il b8 U RGN, v axF—¥RF I3 ) =7 v 775X
—%— (UPAR) %73 % Z LT MR O ~OBhIEE LIF3 L 2HL L,
IR ICHEK L7z (Stem Cell Res Ther. 12:532, 2021).

(5) HHEF A Z G At a7 4 —DJEEE - TREITE

II.

WELEFE DRSS T3 X 0 FBIr I THiv L T2y 2 R a n = — o fFE B Séshi oIk
EICECThIfEL 7z, an=—lad—A Ty L P AN—2REE T 5720, HOhETEMRE—
ERMLT BT LICK Y E—I LMD TN DD, AERLICR D NAETIIRT 10 R Eoa vy
Loy 7= Nt otz FETD D BEBEED DR GHEER KICO W TIIAERE b INTAE BB~
DFEEZRfTIR 072,

BEEAIERZRT T2y 2 v XY 2 br 7 4 —Tld, B2 3ENCHBRRY b T LERARE
fRit 7n & O AIEEIR DD DB 728, HIKRRERICEBIT 2V A b u 7 4 v 2 v 7B DOREREDE
HEXNb., MTPNZSHWEITT 2720, iy 2 RENRICH 72 2 205055 % fE i NI REEE UITFE 2 ik
DTS, E7-, ST X Yl LT TS — 2 REORITHE SCIFIEE & DIBRERFRR O
WL, 77 Mtk A v 2R 2 2 —%& iz CRISPR/Cas 9 ¥ 2 7 L O &G B HREO A It IC D
RIS IC X 2 I 21T > T 5.

SRNE, IR & S E Rt st & odbMifise & LC, 77 MECElL 7z~ 4 27 v 7' %
DB X OO &k, RIS 25U LEE 2D 7.

HRRTEE

(1) 1TBEE~DERA

D 7 v~>—2 KEfHFMHESE. SR fifiEs X v 2a~n 2.0 10.11.2021

2) Mkt v lic i 72 FEHEE D TR S 2020, % EHBE, SAIEE, ihdsn, Ik RIRA, AYF
B, TN, WS, ANEPEE B, ANEFSERE, Ju—0k, ARREth T, THIEER, SRE R, P ik,
A, ARASBRES, AKERYERE, B, RhLEEHE, BREPHEYY, SR, AL, FURMERS, N,
S, Sk, fEHREE, IS, BRI, SRR, LA, AKEEERE, PIERRE, IR
—, BeRESd, SRR, PR, ¥R, B SRR, fARVIT, EfE R, AR, bR, v
PR, MG, fILg5E, et —k, MILERE, EHFEE, (HHIEC: HARE AT R R
2. FERAREY: 61(11) 709-721. 11.2022

2) HERtE~DOHER
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D ARGEHRCK: 2021 4FEE o A a7 14—l AR RAFE. [fiT R a7 4 =G
DBHEEREK]. A v T4 VBl 1.13.2022

2) e, KB, TR iR GERED - IEE L o [OiEE s F-iG#i~exon
"skipiing" therapy~ |. * v 5 4 Vi, 2.26.2022

3) HAEM: HAMY R b a7 4 —iafERE. BT AE e L LMY A b a7 41—
L WIRIRERTE. v 74 VBl 6.27.2021

4) HARG: TR A Y 77 T v RIES. VT4 VB, 11.27.2021

5 HARMM: Remudy @5 29 %5 [EPEYIDMY R b v 7 4 — A e




) HMBHE~DOHIK
D SRR A5 3 4R HifRo 7 vy 74 T OREREL R G -4 B, B GRRURILK

%), 7.22.2021

2) #FAREI: Introduction to Medical Science, Targeting RNA to treat neuromuscular diseases. Part 1-

I RAGHREBE T EBE RS 7 7 2 s, dind (RUARHRYS), 10.16.2021, 10.23.2021,
10.30.2021

3) AN W TRPERYGE 7 a v T 4 Thim L RO 7 v v 7 4 7 REBRE & 1R,
Bt CGREURTRY), 7.14.2021

V. BIREME
1. FliT4h
(1) )52 (Publication)

1) Chesshyre M, Ridout D, Hashimoto Y, Ookubo Y, Torelli S, Maresh K, Ricotti V, Abbott L, Gupta
VA, Main M, Ferrari G, Kowala A, Lin YY, Tedesco FS, Scoto M, Baranello G, Manzur A, Aoki Y,
Muntoni F: Investigating the role of dystrophin isoform deficiency in motor function in Duchenne
muscular dystrophy. / Cachexia Sarcopenia Muscle. 13(2): 1360-1372. Apr. 2022

2) Valentine WJ, Mostafa SA, Tokuoka SM, Hamano F, Inagaki NF, Nordin JZ, Motohashi N, Kita Y,
Aoki Y, Shimizu T, Shindou H: Lipidomic Analyses Reveal Specific Alterations of
Phosphatidylcholine in Dystrophic Mdx Muscle. Front Physiol. 12: 698166. Jan. 2022

3) Aoki Y, Rocha C, Lehto T, Miyatake S, Johansson H, Hashimoto Y, Nordin ], Mager I, Aoki M,
Graham M, Sathyaprakash C, Roberts T, Wood M, Behlke M, Andaloussi S: Fine Tuning of
Phosphorothioate Inclusion in 2” -O-Methyl Oligonucleotides Contributes to Specific Cell Targeting
for Splice-Switching Modulation. Front Physiol 12: 689179. Oct. 2021

4) Chiba S, Lim KRQ, Sheri N, Anwar S, Erkut E, Shah MNA, Aslesh T, Woo S, Sheikh O, Maruyama
R, Takano H, Kunitake K, Duddy W, Okuno Y, Aoki Y, Yokota T: eSkip-Finder: a machine learning-
based web application and database to identify the optimal sequences of antisense oligonucleotides
for exon skipping. Nucleic Acids Res. 2(49(W1)): W193-W198. Jul. 2021

5) Takizawa H, Takeshita E, Sato M, Shimizu-Motohashi Y, Ishiyama A, Mori-Yoshimura M, Takahashi
Y, Komaki H, Aoki Y: Highly sensitive screening of antisense sequences for different types of DMD

mutations in patients' urine-derived cells. / Neurol Sci. 423:117337. Apr. 2021
6) Elhussieny A, Nogami K, Sakai-Takemura F, Maruyama Y, Takemura N, Soliman WT, Takeda S,
Miyagoe-Suzuki Y: Mesenchymal stem cells derived from human induced pluripotent stem cells

improve the engraftment of myogenic cells by secreting urokinase-type plasminogen activator
receptor (UPAR). Stem Cell Res Ther. 12(1): 532. Oct. 2021

7) Nogami K, Maruyama Y, Sakai-Takemura F, Motohashi N, Elhussieny A, Imamura M, Miyashita S,
Ogawa M, Noguchi S, Tamura Y, Kira JI, Aoki Y, Takeda S, Miyagoe-Suzuki Y: Pharmacological
activation of SERCA ameliorates dystrophic phenotypes in dystrophin-deficient mdx mice. Hum Mol
Genet. 30(11): 1006-1019. May. 2021

8) Minegishi K, Rothé B, Komatsu KR, Ono H, Ikawa Y, Nishimura H, Katoh TA, Kajikawa E, Sai X,
Miyashita E, Takaoka K, Bando K, Kiyonari H, Yamamoto T, Saito H, Constam DB, Hamada H:
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Fluid flow-induced left-right asymmetric decay of Dand5 mRNA in the mouse embryo requires a
Biccl-Ccrd RNA degradation complex. Nat Commun. 12(1):5482. Jul. 2021

(2) ## (Books)
D) AR, =H5E B b TR 72 DDS BAF o PR & —x 2 & —Hii). Mar. 2022

(3) #adt (Review)

1) Aoki Y, Wood MJA: Emerging Oligonucleotide Therapeutics for Rare Neuromuscular. J
Neuromuscul Dis. 8(6):869-884. 2021

2) Kuraoka M, Aoki Y, Takeda S: Development of outcome measures according to dystrophic
phenotypes in canine X-linked muscular dystrophy in Japan. Exp Anim. 70(4):419-430. Nov. 2021

3) Mochizuki H, Aoki M, Tkenaka K, Inoue H, Iwatsubo T, Ugawa Y, Okazawa H, Ono K, Onodera O,
Kitagawa K, Saito Y, Shimohata T, Takahashi R, Toda T, Nakahara ], Matsumoto R, Mizusawa H,
Mitsui J, Murayama S, Katsuno M, the Future Vision Committee of Japanese Society of Neurology,
Aoki Y, Ishiura H, Izumi Y, Koike H, Shimada H, Takahashi Y, okuda T, Nakajima H, Hatano T,
Misawa S, Watanabe H: Recommendations (Proposal) for promoting research for overcoming
neurological diseases 2020. Rinsho Shinkeigaku. 61(11):709-721. Nov. 2021

4) Valentine W], Yanagida K, Kawana H, Kono N, Noda NN, Aoki J, Shindou H : Update and
nomenclature proposal for mammalian lysophospholipid acyltransferases, which create membrane
phospholipid diversity. J Biol Chem. 298(1): 101470. Jan. 2022

5 WARE, HARWEN: FHE Bl :s ) — X A& H- 5 OMHFE DT I T ML 2 FRiE
THHRBOFEHTRERE T2z v XAV R b a7 4 —opipgkEd. Likorly 72(6)
565-568. Dec. 2021

6) WARE, BlaEE BINIESE, &AEH: =2 v 53 2% v 7¥#ikid DMD £7 A~ v 2Ot T
B L RBkA S F 7 R B R S S . PIRERREY: 38(6) S287-5287.  Dec. 2021

7) 0L, HAGIN]: AMEOBN T2y 2 VAWGHI R e 7 4 —ORKBEEEE W Y v
A F v 7. Annual Review #ifif¢ 2021 74-80. Jun. 2021

8) HARMM: 1Y R b w7 4 —I S B EPEYIORIREIRMAIE T 2 & = v XA R te 7 4 —Dx
7Y v s AFx v FiE#E ke FE 53(Suppl.) S159-S159. May. 2021

9) ARRA—, KRFPHER, HARGNM: [ XY OfiE-Present and Future] YA 4% 1L 32 KL
fohE R TR O Y R b a7 4 —DE. REDHWH 277(5) 406-412. May. 2021

10) HA G BEERED F 7 v AL — a FA ) S —F. MR 38(6) S108-S108. 2021

1) EARE, HAEM: Duchenne B A buz4 —Dx 2V v -« 2% v 75, &Y 3803)
270-273. 2021

12) HEAE ] Ko - #RE €y 2 2A0-DiY A v 74 —Dxr YV « A%y TIER-T 23 = v XB
i A b a7 4 =S B EEGI ORIREE SR A FEANL-. B DILE 61(9). 2021

13) HEAH N, Atz PRl 2 sl 3 % - A3 E DG (2) C. 45w pikEs BT FE D BUR D & JE 9
(2)fE . Clinical Neuroscience 39(10). Mar. 2021

14) B, =H5E B Kby 7aI3EIC 1T 5 DDS OFHHL L JBE i A tr 7 4 =g %
RIEARIBE RO TN LB, A7 7 4 v 7 2714 50(6). 2021
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15) TR, 8k T, RHEMiE—: Y2 a7 4 —DRBEIEDOKEE 4) iR ba7 4 —icid3
R ERE. MD Fronder. 2(1): 52-56. Mar. 2022

(4) Editorial, JEfHS
1) Sathyaprakash C, Kunitake K, Aoki Y: Editorial: Challenges and Opportunities for Neuromuscular
Disease Modelling Using Urine-derived Stem Cells. Front Physiol 7(13): 848220. Mar. 2022
2) Takizawa H, Mori-Yoshimura M, Minami N, Murakami N, Yatabe K, Taira K, Hashimoto Y, Aoki
Y, Nishino I, YTakahashi Y: A symptomatic male carrier of Duchenne muscular dystrophy with

Klinefelter's syndrome mimicking Becker muscular dystrophy. Neuromuscular disorders. NMD.
Apr. 2021

(5) FrvBE
i

KNDLUIR : T v F v AB#E A5—-55 <V FRAF v 7)
EES 1 2021-1
HYBAH = 2021 47 H
IBEEN : NCNP (A N, AR, HAHEER
FHOHW : Ty F v ABME (=7 v 45)
Bk HA (il 1)
FRFeia s« Frard 6977998 =
BHEH 1 2021 4EPE
IBEEN : NCNP (A fil), HAHEW

NCNP E#I%E S : 2015-3

KO : Ty F v AR (=2 v 45)

Gk hE, T BE, Y UAR—A, U4 F, L=V T, —a—Y—F U/ F
RS S + MY-185390-A

ZekH : 2021/5/17

A : NCNP (EAS ] fl), HAHH

2. BEHFERK (Presentations)
(1) FealisE - > v R L (Lectures or symposia)

D WEAZRE, SAE: M2 ta7 4 v« 74V 74—24Dpldd D> F 7 2B&HE. 5 SNl 2 + o
7 4 —D CNS [bftsiz, A v 7 4 vHifE, 1.15.2022.

2) BAGN: T2z XRYFETRA a7 4 —2WNRICLIZEA 7+ I BIBRICK 22 Y v 2%y T
7¢. DMD Link Up Symposium 2021, #* ¥ 7 £ VFilfi#, 7.17.2021.

3) EARW: BEEEARED b7 v AL = a Y S —F. 5 39 MipEGREA S, 3, 10.29.2021.

4) HARGH]: T2z Vv XBPFY AT 4 —DTr Y v - ¥y THFNERE A b7 4 v - T
AV 7 % — L4 BHRNBGEEYA2H 00 MIRZ, e (327 4 aiiiin), 10.16.2021.
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5)

6)

AT IO MEAGERMN Y A b a7 4 — s B X IUSBESE oML & IRE. 457 1H
HARB A it S, BER GRERRY), 12.12.2021.
AfERT: 22 u 77— RN LEMEES Y V7 —2 L, 7 MHARSAS RS, R

GRERRYD), 12.12.2021.

(2) [EEE2E2 (International conferences)

D

2)

3)

4)

Hashimoto Y, Kuniishi H, Sakai K, Fukushima Y, Xuan Du, Yamashiro K, Hori K, Motohashi N,
Imamura M, Hoshino M, Yamada M, Araki T, Sakagami H, Takeda S, Itaka K, Ichinohe N, Francesco
Muntoni, Sekiguchi M, Aoki Y: Brain Dp140 alters glutamatergic transmission and social behaviour
in Duchenne muscular dystrophy model mice. World Muscle Society. Sep. 2021

Chesshyre M, Ridout D, Hashimoto Y, Ookubo Y, Torelli S, Maresh K, Ricotti V, Abbott L, Ayyar
Gupta V, Main M, Scoto M, Baranello G, Manzur A, Aoki Y, Muntoni F: Duchenne muscular
dystrophy patients lacking the dystrophin isoforms Dp140 and Dp71 and mouse models lacking
Dp140 have a more severe motor phenotype. World Muscle Society. Sep. 2021

Komaki H, Takeshita E, Kunitake K, Ishizuka T, Shimizu-Motohashi Y, Ishiyama A, Sasaki M, Yonee
C, Maruyama S, Hida E, Aoki Y: A Phase I/II study of NS-089/NCNP-02, Exon 44 skipping drug,in
patients with Duchenne muscular dystrophy, 3. 17. 2022.

Maruyama Y, Nogami K, Motohashi N, Sakai-Takemura F, Aoki Y, Takeda S, Uchiumi F & Miyagoe-
Suzuki Y: PROSTAGLANDIN E2 RECEPTOR EP2 IS IMPORTANT FOR THE SELF-
RENEWAL AND MAINTENANCE OF SKELETAL MUSCLE STEM CELLS. ISSCR/JSRM
International Symposium, # ¥ 7 4 v ilf#, 10.27-29. 2021.

(3) %4> (Conferences in Japan)

D

2)

3)

4)

5)

6)

7)
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1) Okita K, Kato K, Shigemoto Y, Sato N, Matsumoto T, Matsuda H: Effects of adenosine A2A receptor

antagonist on striatal dopamine D2-type receptor availability: A randomized control study using

115



positron emission tomography. Frontiers in Neurosciences 15, 729153, 2021.

2) Shintani Y, Kato K, Kawami M, Takano M, Kumamoto T: Direct N'-selective alkylation of

hydantoins using potassium bases. Chem. Pharm. Bull. 69, 407411, 2021.

)
D dliso A, eE—. Mgk, BoRIER @ Bt srbmik 55 2 Wi, 9w R - S 4 f A

ht€27774—. 334 PET. NTSInc, 1 H. 2022 4¢

V. BEHHREESRKA

1.

FOMTFENRIEEESAE BRI [ 7 vy T oG8 2§35 PET L —3%—oDh¥]
WFFEIREH g —

2. HAEBIIPATEERE [RAyEe T A <—Ft Y PO L FHE] WP iE ks —
3. Kbl - pRESCEIITERIFESE [RREEIITEIC B3 5 ERAE 7 A B OB & SHill i BE3~ 2 S

116

WrFsel  WEFEiEE g



1 7. MR

I. BIREOBE
MREFA A E TR TPRRRRR TR BT, BT 5 KoL e phidiiiiass v ic 4 i
Bl bl b 2 20) v BERZ T ubic, BEAEVIFITERCX Y 200y 2~ Tu g
ER

& B B 75K

I. BIRESBRUHAREN
[P R B IC BT, BT 2 R Lt s 2 D LREZ 2B X DD, Ll
BOR & SRS R IR L 3 2 ) & ) BERIF e RO h.OEE T, il asil (Rike
FREREA:) & MRS LA T 2 FEAZO—HEHS LEZONE TR, ZOBFIIRZAHTT.
WIHEETIE, =7 b Y RER AR THRHIIEMTOE - 5E~DBIS-H3H1 5 415 Notch IHHmER %
A3, M FHEREIR - CDKN1C (KIP2: Cip/Kip family cyclin-dependent kinase inhibitor)i&{z 1~ % EHEHI5E
PEAL & RIBERAIE T LI & v —EFEBURRHS 5 2 L 2R L E L7
o ZHGIEIEYE LB TR I N Yy VT EF—T7 1 74— F 74 T —FA—7 (feed-
forward loop, FFL) %Kik L, D% A4 7@ FFLIZECANC S VRS, RICKHTEM7 & ofEl % Fio
TEMIHINTOE T, =7 b Y FRAEFAET Notch #8445 120 435D Oscillation (JEIHAIY) ON/OFF)
ZROBRTIEBAONTVWE I 00, T 05 -HRE s sl R dy P« 6l e 2 L g
(competence), AfGEMYE R P[P (commitment) 12, A7 < &b, B5-3 2 nlHEM:
BRWEEZ, BRlET RER L ZICEE D R I W 2 AEMUBIR OIS RRHEEZ HIG L £ 5.

. #RiESH
» RRURTLRPATARGES R AR E (BH HR). EwlEra v 7 4 7 RERGHZ - [ Lateral
inhibition (Notch signalling) | (2020.7.14 %> 7 £ ¥), MM A LR — b ESER T,
o IGEEEET S 2 7 4 (BE F5K).  SEEHED Homit s RS, - BARZE 2 AL

V. BFHIREEGRE
ZELL.

117



b




MERBHYREEREEES

BREA X EAER - e v 5? FREDTFERT SEBRBY YIS A5 P BRI CPROTAE 4 A 58%h)
i DS /NG ERBY I FE iRk O 1< B 2 BRI CRIROTAE 9 H F88) 1 il o TN GZER B FE iRk
OMAEHE 2 HRTIRAS L LTRAE L. oAl 3 FEIZ&H ICERIR BRI S , /D
RISERBNIAR, RO IERBIVIAR 3 B i 1 2/ NSRBI O B B L O RARE IS B3 2 ek 2 170,
K7 O FERE - WEFCEmEICBE S 2 WEE R O HE 21T 5 T LI X o T, NRUEERBPIIESE
fiExic B 5 RER - WFFE DM i ic %5 L 7e.

UNRIEEREV T SE s E R B AR AR FERR)

FRRRGYMREREEZAS
v Y SEER B PIIA FE i S PR 2R B 2 13 v B S BR B P I Fe % 0 82 175 © U0 v R 2 B P fi BR R A AS
WHRAROREEZYT, PR I3 EEICHT b, F4E S H 1 H X Y iEfr & iz h BRI SZERB P 5e
it 33 BILE E AL 7 & N v R0 G2 BB e S e SR PR 2 SRR R 23 7 S T & 72, PR 17 48
4 A2 bt EBEYIHO 1 B0 2 h R ESREIm sk & U CGERZRBL, iy Abte 74—
K YA R)Z TR T 20EH - EZEHT2REAL LOEE 2L TV 5. AAl44
IHIBBHOH1IMEAATE, HivAte 74 —TA8ME LT, v~4 270V y ZEfigt~E
AT 570 ERAHMSCESFH# I N 2 H 14 HOMREIRES B IRAI NS 72,
3H17THOHE 2 MEFEHATIE, By AROEE - BHRILE X IERB PRIEE RO &, K
AEBEICIE 5 DRV E A FM & Wiz & LA S e Al 3 EE o R EIIEAS W, 1LAAIL, 75
Wese—, JFLMg, FHRE, B, AAEAT, RS, EUEEESNTH B, EEICHEE R
fite 3% fbo,$$§%mu@ﬁ%%ﬁﬁbnt.
(hRIEERBII iR E R B ARABRE SME)

ERETHEERS
ERBEMEZRA, PNV [ SERENIE MRS BLEE B | SRR SN 3 Ko T8
REOFTE - BB L OEMICBET 274 F 74 v Fickko%, BREMERZRCET 5 MW %E
HEE 2 RR T I REBRTH S, SHEER, 11 MORAEXZHME L7, MSBAZED 7-4EZYEhO
AIE, FESHNDRIKESNDIIER EICOWTHEREL, Rk2To72. AMEEORRIZ, FREWIEH
S HIAWFEARIR S (— PRl RSN L ERER R, Bl 7 A BRI R E R, FARBINIIFEES 15
iR, AP ER, JF LSRN ER,  HERBEMEEAEECN), FHEN
KHEMREERBEHER), ZEREETVEPIHENETRRR) TH - 7.
(ERFEHZAAZEAR B )

119



RIEAR

168 N (WE4EEE : 76 N).

A %
fi R B AR T RS TR, CH o EZBRIZEBMICITbhTIW B b oo, iR
HLTwb, T, TAERDIC P 2L AEZBB TN, B
Prligt Tld—4 &2l L T PET oA rbhzZ ick Y, UC BF D
W OB ICELE - fEHESRIL 7.
S WAL A D AAEPE B 0 IR - B D MR 1SN T, MESRThh
Rh ot
% D AEHREEIfTbh R, o T
fiti g% DB EICOWT @ AT W RIFEERE L, 51 & i & @H 13220 2 1L L RIFEERO HFER
HHLEEDORERKEE BT S L L Lk, BN e, PET4 &%
s 3 7 HEIA— A 286 L2 %217 o 72, 4RI 910 THP o
Mz FEHEL 7.
AR d R HER R
PHEEWTZEAT R AR RS & (WfMB q)
AL R2 4EFE (2020) | R34EFE (2021) B9k
2P 0.0 13.0 13.0
SH 203.8 27.7 -176.1
%S 0.0 0.0 0.0
ucC 0.0 0.0 0.0
SIC ¢ 0.0 0.0 0.0
125 | 0.0 0.0 0.0
5C a 0.0 0.0 0.0
P 0.0 0.0 0.0
1nc 645,210.0 1,534,390.0 889,180.0
18R 99,0400 297,160.0 198,120.0
AR R 744,453.8 1,831,590.7 1,087,136.9
TR RRSE B 0E B
R2 4EJE (2020) 76 A i1 YN 9]
R3 4EJE (2021) 68 A GEREERABO

120

RIZERZBE #HAEW - RIFHEER  INEFE—)



BEHEERR
PR BT AR 2 S RIC D 2 E UM EE R OMMICBb 2 ELX T HREXTH 5. %
TR O FEH OB T HMBEE O ROHE, 7 P4 A, b L —= v 7 B X ORI %
19, TOEBOTICIE RIFED B FHMBE OB ITHAL T Y kb ickimL 25 B X O
ARSI D — U7 o7, £ BRBEHDO AL v 7 F v 2ROHL BT o 72 AREERZ, S
34E8H12HICESN (BE) KHELTHWAEF 77— GaHE) oIy, KR - E#Ho
=oic 1y HIgEEEAEHTE R ko, JEMIE ERT, ZofhodfWZfizshwlIEL
7. B Z ORI & o JEFFEIC X v, Gliadbic—MoMEGZ21To7. 72595 3
& D ILFEITITE DAY, Mol Psychiatry 8127 7 & 7' b & 7z, i D BILE, review H DL D 5.
(EMIRASZBR —FP&#)

RERBRREEAR
AH 3 AEFEICHEED H o o iilsiklE, EB V4 M AB XU HHIERFY 4 V2 TH Y, HEEIIK
BIn @), 7, SH4EEORGEINHEIE 4 (O bilkke4) FTH Y, KT hi.
(BRI L 2RBRRAR B

%% DNA RBRLZE2ZA R
NEfE LR YO EDORIINC X 2 VDS ERIEDHERICBIS 2k (v 2 ~Fik) ],
FRERIFEPTARILIR 2 DNA SERL BUE B L O 2 DNA SEBPIERAN 2 BILICEE 27> Tw 5.
AR 3RS OWTIE, A3 410 H 14 Hic T#l# 2 DNA EERL4%E & (Zoom % 7z Web
AE ) ] b L7z, A4 SEEEHEE S AUREZ 2T 2308 32 (5 bkt 32) fFTH B, HRI4
I AR R TOZRR R, REERHE, P EER, KORME, WEEGSA, FABS, HHAEE, kel
(RHR TRARATBEEARRZ AN v 2 —) TH 5.
(fil#s 2 DNA L e2ZBaRARE  RYrHH)

HEZRE=
% ElE S 2 HEREIGERHC IS 3 2 R ZRHEEDRK VAR B fT o7z, REMICAZ Yy 7 I—F 1
v E R, SiiFOMEREERE, KEFRA X v 7 L OB THBRBBZThI . HRFZE &
LCld, JERMALHRA Yy 54 vibz B L 22, Ao @S BENICIEAT S 2 & 25
RiEZEZTELTHIGLTETEY, REEDFHXX Y v — FEFOEOHEREZ B b
X517 AV A4 vy TOMREBTE RWHEEICBIL TiE, MEFEEICH] &KV T Reprints Desk
OHFH%EFT - 7=,

(REREEHE HlY—2)

BHRERR
Mg EREZHR L 35 NCNP EHEBSVED 5t v 2 -2t ¥ 2V 7 4 GHEIciH
2T, RSB R SOE#HZEML72. NCNP £y b7 —20Dt* 2V 74 LXADN LI
HIGT L, EHREHE L RECHKEE LV AND, EhimAkotx ) 74 2HRT 2200 EM
REHZ2IT o 72, FIZ,COVID-19 WRIC kK 2 EEHH LA v 74 vRECHIET R, VE—FT 7%
A BB D #Aifi R Web 235> A 7 L DBIBERE IS ) & W72,

(HHREBBRZAE AH %)

121



RHRILFHMEEERZRESR
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