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MRERROME

(F13X) : Optineurin BIZFDEREZH I IHEMEAIRBELERERRKD PS HAE,
Optineurin BEIGFEE IV APET )LHAE, Optineurin ENE/IO—F LIRAEERLELT =,
OPTN (I EMEIHAIREILESARDREICHZELTOAIENRENTLETA. ChoDET
WEMRATHILICKY . ABREDRY)—= T algeeiaE LTz, F-OPTNDEIEIZL-T
HENTERLET L. HAEFIZKYCOMABEASMFISNEIEAHIBAL, SEABRFEDORHK
DEfFENET . - OPTNERZRWZLI=DERILAZEZE AT Perrault FEIZ B DR EE R
FZERELELT,

(FE ) :We established iPS cells from patients of optineurin amyotrophic lateral sclerosis (ALS),
model mice and model cells which have gene mutation of optineurin and monoclonal antibodies of
human optineurin. Because optineurin participates in the mechanism of ALS, we can screen the
drugs for treating ALS. We detected that abnormality of OPTN cause cell death, and a certain drug
suppressed these cell death. We would be able to develop the treatment of ALS in the future. We

identified causative gene of Perrault syndrome using the same methods for OPTN.
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A, F-LFEEZRANTHRD ALS BEREEFELT optineurin ZEFELZELT=, Optineurin
(OPTN)IZENFETALS LDBEEFLBEEINTVERATLIZOT, COMBFTIZELY ALS DF
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(3) EHEBEDEHLNDIEEDRREZHE L. Homozygosity haplotyping TIEF#HFEIHZLIXY
HIYIV—LI—YIVATREEEGFERTET 5,

5. HARME-KERHE
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(2)E478G Z £ (& Ubiquitin binding domain IZRIELFET A, COERIZELY OPTN LEHIEXTF
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ELEBATREMENZEZONFE LT,

OPTN [& TBK1 (TANK-Binding Kinase 1)&§E& 9 5 &IZ&Y interferon regulatory factor-3
(IRF)DEMIHERZRLET L IRF3 (XA 2—TOVEEICEASL, 7ML RAREZEILD
ELI-BABEICEELET, COMFIZNREIL ALS TEOHOLNSZEE(QI98X, E478G)IZ& Y%k
LETH. EHEDEREESK) TIEERLGEWNIEAFIBALELT -,
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FUS (fused in sarcoma)iZ{5FZE EG1E ALS F£E E KU basophilic inclusion body disease £2& (<
BOTEEMEH AKRAIZ FUS & OPTN AA#FLTWVELTz, SDTEKY optineurin ZEEHIIC
EEFELT  ILEBE® ALS IZHLVT optineurin AFEEIZEEL TSI EABELMZHYELT -,
Optineurin iIB{nF M E478G ZEEHIDRBEMREITIL. U THIRRE RN EH AAKZELEFHIZFR
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VEERE-AETHIENTES . MBEZEADGREEDTNEET,

siRNA ZE AL OPTN /973 LI-#RaDE TIE NF-« B OESEIIFIZNRAHEELEL
f=o COFMMICIERE D OPTN 8L UVHRKNEDEEEZF TS OPTN B AT 5 LMH R A EIR
LET . LOLELND ALS ZEFTEREH TS OPTN TIHHINFHNRDEIEIEROHOLNFELEATL
T=o
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COZERFERETILTOMMIES NF- 1B [CEEET HELDTHAHACEERL TS ELDIT, KE
A ALS DABBRELLTHETHIZLERLTVWET . SEETILBMERAVTTONRERE
BALTLEET,

NHDELERIRETICHE L TIL ALS TROLNT- OPTNEELZAETRO oN-EETIE.
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(3) Perrault FEMRE(ZEANET LHEAEE. HREEEE-I SHEEREOHELIEERETT,
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