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B g R FBA T wemmarcsz B SERSENEREY TERE

COVU-XTI, MEARELINRCERBLDZER] ZIV/IMIBNLET.
FEIMIFVEXASTERBFICDOWT, BIRMILKPRFR EPRHARMODE FRILECRRRUEER U

B3

OVEXASEREF(F, BMFERMEROUBATREFEREZERL UTHARETIHCHEMERT

OVEXASTEIREF (S, HH, BEMTRUEN, SweetiERE, BOESEBIRNECEOSEBESH

SUMMARY EERERTOICIA, ABEEmEDDE U-BEER A EREE (MDS) EXicd.
OVEXASTERESEOMDSEFHRIENPFEFEREAEEEH#OBVWEUZAIMDSTHY, =24
TEHR AR REEEDDICEHYERREOZRERD 3.
VEXASTERB¥DEEBH = L7=MDS® I E Il 5% X723 A Th 242

o R AEERE (myelodysplastic syndromes:
MDS) b3 miH e 47 A2 B IR IE T 2%
MAETHBH, K AZMDSO—F TIRIER fiE
HAEFREBERICIECHES LTwa Z el ST
Wizl R, i AOBEFERCEI I ALK
SEPERE B E LT VEXASTEfIED G e, SoiElc X
AEIAZMDS# S RBELTRELFHHZ LD T
Wwh,

VEXASHE B, E1LEF 5 {6 E{LREEUBAL
(ubiquitin-like modifier activating enzyme 1) %
I—FFTAUBAIBZTOAMBERICILIMAR
EMOHCEENEETHSL. VEXASOLRKILTD
FRRR - B FETH S, 2l (vacuoles) , El
AEFF LR # (El enzyme) , Xttt
(X-linked) ,H 29z ¥k (autoinflammatory) , {4l
2 (somatic) \ZHI3k$ 5. VEXASAEMERE, 568, W
FEMEE FEE 9%, SweetdEMRHE, & ML S S E)IR 42
LESEZHCKEREREZ AL, REREEmZH.LL

), NOVARTIS

VEXASHEMERFIC BITAMDSIZF BN FEAR
RAEREEEDEWVEIAZMDSTHY, Bl IR
2L, dF TGN, BUNERRGEBENZ
MDSOEREFFIIA, 45 B A - 735 2R AR %
FCHE ORI DA O ETH S (B1) .

VEXASTERBFDFER

20204, KELEEAEMIFT (National Institute
of Health: NIH) ®Beck b3, UBA BT O F#
RERIZLIARNBEROF - LHCKESERED
LLUTVEXASHEREZIRB L. BeckbZNIHD
Undiagnosed Disease ProgramlZ& gz 7t#
Rl gt RAEX#DESTLATIHE, IEERTH
FEOEB LM 083 omiE#MzE b iy
V=AY —FI /AR, BADIERF o MEEE
TORPLEEFREVBEFERZRELE. £
D%, UBAIBE TONKmIL41FEHDAFF

IR T7=V BRatt
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=¥ (Metdl) (CZER% 4§ 2 3610 BYEIEBI 245 &
L7z, 2o3fiz i hd s Reg (KERER
1L, MU A, B BRI 22 LTED, 50
POT0RMAOMICH A ROKE K, FMWE, @M
BEREEBELTW:: F0O#, NIHOE S L —
FidMetd Iz Z B A A LB OAERE R 3B 226
FHEL, S S25FH 5% kG 22, Sweet
FEMERE, MDS, £ %5 BilE (multiple myeloma:
MM) FREsFHorO—-YEF =707
>4 (monoclonal gammopathy of undetermined
significance : MGUS) , #& #1425 Z8ihliR fe2x & 05 W
ol EEEE W T EE ML (). 7,
Beck 513 VEX ASHERERE D 4% 2 R4
HOEBEZIT, MetdlDZERIZIVUBALIOREFE D
BETF32ZLamRLE WAT, e FOUBALEET&
HEEORVEEFEAETEET I 74y vallbw
‘T, CRISPR-Cas9lZ & Y Ubal Bz FoRMELIZED
5, ZRMOREFELZEINL. TRLOORKE?S,
UBALBAEFZERHVEX ASHE i BED 75 8 712 2B
{B535 eI &R,

E1 VEXASERBOILERBIaICHT SiHiaE Dzl

AEHIEER, B AlE AR 0 AR,
C, D BRRHE =4 T2 R U Rl F HR AR,
E, F BSR4 T4 R MMk

(CER3LDIER)

. VEXASEEIRE!

VEXASHEBERIH - RRBER2THE Db,
FOAMFELELEZNHE T ITbRTwE
vy, Beck B i REAY RO BEBEHRE S
LR T — ¥ =A%y, UBALEE T ER
LM LIRS RE L NOARY 54 FICHRET L7
FERE2022FEDTAMAICH & L2, ZOWETIE,
163,096 61 (CPHIERS2.85%, 1A%, ZHE61%) ®
25, 1A (BHEF, Ltk2f) \CUBAL#{ET @/
N7 VMR bR, Chb 2R VEXASHEMRRL
— BRI % R L7 1185 HIEVEX ASHE 5
REICBIMT 2 7 = F Mg A wi o R oy 4 35 3L 3k
IZEBKL d ok, £ TRIL (NEFTE VR
filii37.8g/dL, hifli75g/dL) A5 6, HBI0FIE
M % P KERMER I ThH o7z, TOMETIX
UBAIDH N3 7 2 P ORAEIZ506 U Lo 5%
4,269 \IZ1A (95% (S IX H12,319~7,859 A ) 501 A
oA 26,238 AL ([R17196~147,669N) L HFt
ENTWD,

1 RKETHESINEVEXASERE2SADEEER

BB 100%.
FIFCEE hUME  645F (EEE45~805)

{FHIRUBATINUT > I (p.Metdl) 1100%
55 p.Met41Thr : 60%,
p.Met41Val:20%,
p.Metdlleu: 20%

FEEN:90%, FIMEAE: 88%,

B2 1 72%, ENRURESH  64%,
BEER IFEIARAE © 44%, FCER4E : 96%,
BEHCSHEZ=RE 18/ TRED 1 100%

CRPoh4Y& : 7.3mg/dL
(IQR 1.8~12.8mg/dL)
7R | R E P RE  97mm
(IQR 64~124mm)

HEMZENRBN60%,
SweetfE{REE : 32%.
MDS :24%,
MMZET=IEMGUS : 20%,
FEEATE FEBIR A - 12%,
EHnBREN AR - 4%

CRP: Creactive protein (CEIG{EY 28] ,

MDS: myelodysplastic syndromes (i BRI BRAEBR) .

MME: multiple myeloma (£ 5P Bl ) ,

MGUS: monoclonal gammepathy of undetermined significance
(FRTHAOES O—ARH v 0 VHLdE)
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VEXASTEREFDFEAE IS

VEXASHEBERIZBITAUBAIRIZFERIE, &
Bl o i o AL (% i A M, 25 i A
o), SRR ERaT BOMIAL, EAEER - A3 2Rk BRA Ha,
VR RN, &S ICERE R, RFEK-E
IR CERICEDON S, —F, KM TIERF
Ik - HIRICUBAIR{Z T AR BHEN L DD
YAFICIRREB LNV, ThEDI A5, VEXAS
FEFETE IS M AT AR I Uz UBA T {E T ER
PREBICLTRETLALOEEZGRTWAS (H2).

O ESmEmerEE
UBATEGTERE
AIBEMREE =

b o= i |
UBATERIO— /g

ﬁﬁ R

BEFHEICSD
WHER DA MY
DEE

QNEER B, BRESEREN, HE, hENsL
SMDS: ABRitEIm, S ESEERIcHT3=m
S®MM/MGUS

L It =33 Caeld

E2 VEXASHERBEDRERR

UBAIRIEFER LG T2 EMSARAAGHATHETo oLy, 2
- g L, VEXASHEREIICSTZUBAIETER, B
o) sE M Rl FEA A GEmSEl e, Sabtai i) . BIRIER vkl BRA
Ba, EHER - R ERRU R, U R, et ERER, A
FIR - EHERRARTRECES 6D, —H THEM T Rk - §izki
UBAIMEFERNFBHShahO0) Ao idf@n sy, VEXAS
SERERECIATER,, MRS Rilhd, kS gkt 2EL, MDSS MM
& BV IIMGUSHE X T B0 K el e 4~ F 2 HE 55, VEXASSHE
BRIz BT IMDSIE AR Rz 2 L., Sl Rale 5 iR - RFERR
i BRAR T 1 =R f bt i s,

MDS: myelodysplastic syndromes (5858 86 ) |
MM: multiple myeloma (% St Bl
MGUS: monoclonal gammopathy of undetermined significance

(BHEAH OB O—YEwroy o7 VL)
(ZHR3)

VEXASTEIRB

UBALRRSY 72 FMLOE— B TH AL
EXFUiGtEbRIcEor S AEIEETH A, Eb
UBALR{Z T X Bl (Xpll.d) [CHFETLD
VEXASHEBZEBEOBEIZIZLEAL BB CH LD,
THBE LDV OHETS. UBAILRIGTER
EMetd LI LTEY, ShAws) > (Va), AL
=¥ (Thy) , g4 ¥~ (Lew) dWihdIZ@iRZh 3
IALVALERTHS (E3)°. $72, —HOEMTIX
Met41% % trexon 3OS DR T 54 AZEFI LD
ERLHEINTWE®, UBALRIZ FIZIZ30 DB
aFYEHD, MetdliZF2RETF X I2H725. h
5iZUBAla, UBAb, UBAlc3HEIDTAY 74—
LEAERTHY, BEMT LISz EIZUBALak
UBAlbA BHER &N 5. ThIZH LVEX ASEEBRET
i, Metd1ZRD7=0ICUBAIDAES M, b hic
UBAlcA* 4K 25", UBAlbEUBA Lk b
KEPINCAET A5 UBAlcIBEEE I RVT WA
7zOVEX ASIERRE MR TidM B ICBIT5 5 8
FAEFRFUALBEDET LTV, SRHDTENS,
VEXASHFEEFOMBETIZ2EFF b2 i =8>
252 O R RS AR B LA R IR R B
LA — b7 7 VRSN, HERERLELZSE L
FHEFIBDEL 5D EEZHNT VA,

Metd1—+Leu/Thr/Val

3

1 467

MMM
Op11.3) 7 Y

usalal ]

= .
veato | [ ==
UBATc |: B B

B3 VEXASTEREHC BT SUBATBRTFER

b FUBA IR ET X stk (Xpl1.3) i EFELTHD, VEXASHEMRRE:
B AUBAIRETERINFER P L41FHDAF += > (Metd1) A3
¥ (Val), AlA=%¥ (Thr), B4 %% (Leu) icE#E3h s3I ALY AR
THI.

NLS: nuclear localization signal (%47 ¥ #4+1)
(3CHE3)
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VEXASTEIRE

VEXASIERBEHCBITASROEE VEX ASHE 57 9% B L E 2 RE S S e

FAHIEICXD, Y RAZMDSE S I AT R
HOfEMEERLHORERB EMDSE Ok BOBW - EMEM BT 2 T S u—F R

LliiidsmehTtsh, MDSIZ L 2 SR BN O HEn L ZEZIFF L2,

iR, BLVIIRE - RIERAFICLOMDSOER S

ol Ao ZaR -2 B EETLEE

ABNWTE:, TOLIHILP, REIRBENIZVEXAS

SEERILE TR MO UBA LB (T2 R w i

ELTRETIHRMA LI HORIESREETH

D, ML LB IR IR, & 2\ IR M & Rk

EEI-CHLVEERSELTEHENS,
VEX ASHERBEIC BT AMDSO R T 12 I3 472

R EAZE VD OD, UBAIBIETE ReFoHL Bk

D EEINZ G REVTOERICHLI LI

HeTHY, M fFns, £/, UBALE

P EREF OB FEMRI L Tra—>

ER -HEZEZTOPOAHTH), TORAH=L A

RS EELE TH 5.

COLUMN _VEXASEE&EQJQ%%‘TT:HEFF%NGJ%T% _

VEXASEEIREF 5B PEBRERCEUERFERES THIL05, MANH, BRANROHZST, IFIRE
REREERGE, BeB2HEH LBV THEROESCEET SOMEMNET 5N5. BeckoDiRE Tld, VEXAS
FRFEEEOOUFTEREMLEHBRNOZHBEEFELCLTLE. SH=0RFSECORICEBL, 134 (BN
B, 26 OERMSRHBNBEOREMOMES L FEEEEHFEO S /LDNAZRVY Y- —0T
ACRWUBATELTERERRUL. ZORSE, EM11AIsAICUBATBLFERERLE UIc. CTNS8HITRER,
FER, MDS, MERIFEVEXASIEIRIICEH § 22 SHERZE D, BEZRZ1T o/cER CRBER ST HCRAI IR
R TERENREINGCS. Fic, YHETRLEOSHOBHROBHES T, BRNICVEXASIER BRI DHS
89BICDVTRTF B (PNA) clamping PCRET Y H—¥— I TV AZEAWUBATBGEFERORA I ——
TV, 35400 (44.9%) [CUBATEGFEREFRH UL, T5CROCHFEEHUTEFEN O 7L (50#LL
£, HEWRE, FRZ, SER, ARMEM) hSUBATBLFERFETIEEETATRIRAIPULT VAT LER
=) el

NIHDGraysonSld, VEXASTEREDEITE G 70—/ 48 &2 S REOHCIGBEEETRT HOTHY, TOER
#t “hematoinflammatory disease” OO~ 94A FERZUREMZIERHL T2 . 5%, SENORERBZ 5 Tl
HRB9TERZEIC R Y, VEXASIEIR B 2 CRFRA RN Ble SN CEEHRE LI,
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