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B Profile

1976 FREAZEFEEE, RRAFHBEARES, BREMKZRF. FRRAFF. FURKFZHEARE
B, FURAFHREARBBIRSEZR T, 1996 FREERERAFHEAR (. XAFERMERRESR) HE.
2006 ~ 2008 £ .201 1 £FEAAFEFEHEZR R, 2008 FEAZMEEHKEN R TV Y —K. BARZEES.
BARZEZEHMMERRERER. 2014 F 4 BEZE®  BREEME LYY —EE - Khkk. 2010~2014
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DTVAVZEZORBENOD BE" [CLOT. ENMIEREIOAYT IS - VIOTRDESHEEUHFTZE
BEUCEFREICHF LV ZTOREREILEOLSE,. TUAVEAERRL. "GEN . BRERZEH. U TR
O "BRAR BEDANZZALZFELDD>TEL T, BICEWNEEEEDERELEV,. Ffo. BRERF 100 HA
([CH 1 BREBMHTHCHD. DHETIF. BEFEDTUF VROY—A SV X EREFRHICEADDAEMREIR
DY —RA SV REZERZFDIFHTHAZSOEREFDREE - BEHTHNTWVDD, 2l - ERNBERTHD.
SRR TBORETH D, Fe. ZERIFFIC 2 BFHETNTVEDH, REDETORSZEEZIDE.
BENENDTEDEEBDND. Ufchio T BRREERZTT D e ICIFTLRIFAEFID U 7 )L— M OB AR ORISR
ENMETH B,

CDROIEBEENDS. IKREXRFOEA—XHEZARMEELTD [TUSVRICHT RO FY v ROV EE
EORFE| MR [H24-#8%F (- —-&-004). MERKE  REH—X. KB 2021548 1 H~ 26
F£38 31 H]DOZEAZ(ST. 1 BEEJACOP(JApanese Consortium Of Prion disease) WERII 1z, IRTE.
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REBCRAT S &K Y DEMERAICERL, WENN ms%f Mg e [
EMBYSERURE. CEEBSRREE (Transmissible S S o2s1
Spongiform Encephalopathy: TSE)& &\ 5. PHGGGWGQ//-/-/PH P

(2) BRBEFIFBEDOLD (FUFY : BEUBRKT)
ERZU#>EE (cellular prion protein: PrP9)
RKETJUA > EB (scrapie prion protein: PrPse)
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Ek:204Y2 1)V ITMH(CID). ERECIOLE

EITT

12988 MM MV VV (%)
=¥ 3 92 8 0
=3 39 8142
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(4) BEEKRE (TVUF Y EORERPRNPDER)

+ 23-33: dyneinfE A (21THX)

- 53-91: kinesin{EFASIM (IETHX)
= GPI: glycosyl-phosphatidyl-inositol
-EO(1egHY) : B4 ue), WK, M8,
i(200ng), 4/ AH8AS(100ne),
B(40ng), B, F(3ne)

(Prusiner 1996, Kaneko2003)
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EEBIEHRCJID:83 fl (4.1%) "% 5004 —+-dciD
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X .1(15-94 i
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JEEREREER T — ¥\ —I RO TO M I—)LEFEDZEMEICDOWNT, PMDA E—D 5 REZED GHTE DL
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FTHAY B BEWSIEERHE

WHREE  DuchenneBfF=X hOT+ — (DMD)
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Safety monitoring

Safety monitaring
board board

Cohort 3
Cohort 2
1.25 mg/kg
Cohort 1 125 mg/kg
1.25 mg/kg

15 9 13 17 21 25 29 31 35 33 43
Weeks

@‘9 FIHESZSAR SHESORL> ~
(7/§t/X&§NS 065/NCNP-01)
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EigEYH TER.
v EEREMRERNERIU -2 IRRORD, ARFHEEL
ZRLEUIZHAR - TMC - BRRFROF — AT — N AR,

22

- 2271 -




T

EHNER
—FYA R ﬁﬁﬁ@ﬁ4kﬁﬂmm

5 3 &6

# UVZZEE - BEENDE DK

BE : EEASESEEITRtYs— meswremzse g RO RE

-2272 -



w WM

okt

=]

£ 38 HULEZENE - ABEANDED

TUF VimDFRHEREZER DRI

B2 EHIE KX

EFERKRZEEEESMTR
S MR 521 - WERSRERFT 28

B Profile
B 59 % 3A8 EFERKRZEEFE FF
ZMB63%F 3 A4 EFERARERERERZMER FF
B 483 EFERAKRFHRBEHRES BIF
T 6-7 % KEEZEEMRER (NIH) 8%
T 8% 9H EFERARZNEHREFHRE #E
¥ 194 108 EFENAZEMEEMRE T Y — Baliis MRITTERSR EXE
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(CF 23 F 4B ESFENARZEREHRSIRATICCHE)
T 23%F 48 EFERRZERELSMEM BelEktin MRIAREYY— BYd—&K GFE)
TR 25%F 48 EFEMAZANHEABI IV VY- BVF—R (FEF)
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