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Investigation of Exon Skipping Therapy in Kidney Organoids from Alport Syndrome Patients Derived iPSCs
(TR — MEGEREEE B RKIPSCs 2 AW TER L 72l A LT ) A RIZEZ XV AX o T
B OEMIZBE T 2 BF9E)

Fi SR
Title

MXARDOEE

(H # (Purpose) ]

TR — MEBEREHIICOLAASBIE T OERAEFIN & T2 BEMKETH Y | BEEECEEERAEE3 x4, &
k&S TSR EMCMIE 2 W TRBEDAIZERN 72 STV AN, FRRABEIEOBRBIZE > Ty, Ll i
. TR — MEBEHEO~ T AT BT, anti-sense oligo (ASO) ZHAWVWI—x Vo A% v B FRIENRRE
IR ET D LR ENT, ARFETIE, X VAR U EENE SO T VR — MERRHICS 2 DR
Wiard 57292, B hinduced pluripotent stem cells(iPSCs) RO ANH ) 4 REAWTZXH VY L AFX v B FE
a1t o7,

(572 5 NI FAE (Methods/Resul ts) ]

WANZ, TR — MEGEREBE HKOIPSCsE WA N T /A ROFEEITVMEF KB OIPSCsD b D &
BEITo 70, BEIRBERO GO L FERICBA LT /A ROFEFMICLD , 278 & Th 2 RERM, STALRA
. EMRME. Mg D&~ —%5— (NPHS1, LRP2, SCLI2A1, FOXD1) 23§hIL7-, &HiIcRx7ur~—Hh—ITL5
gt L, BEHKOBIEA LT /A4 Fidx 7 v U BEOFKT D 2 L0 RSz, L L, BREHREkD
BgA T A R CTIIfETR T E72COLAAS X > /7 B OCKERNOFEH N, BB BERKOBMA N T 7 A RTIHRD LR
Mole, TOZ b, BEHKIPSCsIIR 7O 2T H Z LIXTE 575, COLAABDCKRIHEZTER L 722 & 23R
Sz,

BT, BEBHKOBIRANAT ) A4 RICKHT HAS00%h K% in vitro CHREE L 7=, BEBEIDOANAT 7 A RIZASO% IE
BHL-b 0L EmBEDOASOZ L L b OORNASIHEZ g L, FEBB% R 7 v ~—75— (NPHS1, LRP2,
SCL12A1) (ZOWTIERE 2B LRRBD LTz, £, ASODF —/47» NEIK T % COL4ASDexon 24DRNAFEH
WIFASOB G IV AEIE T ER L, S HIT, SEYRMA TCOLIAS X R B OCKIHMORELEZ T & 2 A, ASO
G TROONRD S TZBERROANTT 7 A RIZASORGAZ LV BBEOEIENSBIE IRz, 02 &2 HAS0IEE
FZHRIPSCsDEF SR 7 1 UTEABE IR E R B % RIF & T, COLAABIZRF L CIET 5 2 & SR &z,

&Iz, ASODOEMZin vivo CHIRT 27 0Ic, BEHRANT ) A e~ U AMENICBHE LR ERAAT, e
TOANH ) A FOBMESE L RERICEBEBEANT ) 4 RTHRREOME(NE &R &ni, £72. EHK
Bi T CTHRERARELIEIEAEIE A BlES, TR LIZE 2 A, REKIAERDpodocyte DRHEIRHHE TH D R U v MEDOT R BH
HEANA ) A B TIIEERBRO AT /A4 FEH L THEICIR T 2R Lz, BRERESH TS, B L7z~ 7 AASO
SASODEEH-H R A T= S, BHREE R OB CERERE(LITBIE SN 2Tz, ZNHDZE0D, SRIOERD
ASODHE 5 H1ETIE, in vivoD AT J A RIZK LASORERH S D Z LiIxTERWnI En3broT,

(¥ $E (Conclusion))
ARFFETIL, #18 TASOA A HIRIPSCs 2> LA L= A VA 7 A FiZ& L Tin vitroTIEMT 2 Z & 2R L,
FIBFRIE D 72 WOASIT T D OIRHR ik & L Co R Z R LT,
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ITHRYV ARy BUEEL, BEBICE LT, anti-sense oligo (ASO) ZHWTEED =X Y > % nRNA_ED
BATIFGAAT U NTHIET, BEZ VN7 EOBEZEIETIZE2ENE LEFROBEETHD, Kk
W, 2O U AFy BV TRER, £ hOT AR — MEBBEOBFICHEZ N E I NERET 5701, B b
NLZREMRMIE (iPSHIMR) DOIERILANT ) A4 R T, ZOMREMITLIZbDOTH D, TAR— NEFER
IE, a9 =7V BETF (COLUSEETF) OERZFRETI2EERERETHY ., BIEICRBW TR REREBEOH
ELORFEEAY v MEOEREELEL, BHEAOREBEREERME)Y, RRXTHAVWONET VR~ MNEFEHEL D
COLAASRIGFITIE, =F Y D 2ACBALERNELCTRY, TORE, =% Y L 24LIBEOCKRIBEM O Z > 37 B
RAMBA Ry LT3,

AL TIEET, 7AR— MEFEBRBEOMRL LML SNZIPSHBEEZRAWT, &£ NORBEANT /) 4 FEE
f L7z, iPSHARGICS LT WNTS 7P v & {RiET 2{b-E&% (CHIRI9021) L FGRO% /37 E%IER S %, FEFR
EZFE Lo&IT, CHIRI02IDRK 2 ERH 52 T, A7 vy EERMEBEFE L, ERINWEBRALVT ) 4
RPIZIEERICR 70 VBN AL TR Y, REREBESER SR, FiZ, REEEEBE CCOLAGY 308
DRBE L FFEREAIZI VAL A, CREHMOFERBLONRNT 2R Lz, ZOBRIZ, 78— b
TERREREREOBRANLT ) 4 FRERITEH2 L, 2L T, RABORRBEET THDCOL4ADZ T ENE
BURERAREEEICETICEATE QAN EE2RTHRETH - 2,

WIZARFRIL T, ZOBEHEBEANT /) 4 RIZx L TASOZ VT, COL4ASZ X 7 B DCRIBEBL D KB A
B4 H 0 EMER Uiz, FAVWEASOIL, COL4ASD X Y 2 24% A% vy A2 TR by 7 a R OB % EREE
L. SRERAEEEEIC BT D CRREMIOFIRFTRRIZT 53 Th oz, EBRICEEA LS/ A FIiZ12B . 100aMD
ASO% B % 7o bR, CRIGHMMLOFIANEE Lic Z L AFERalc L DR Lz, BiZ. EEART-PCRIEIZL Y.,
COL4ASDMRNADN & X V) V2UAN AT FTA AT U R INTWAZ L 2R LTz, JOFEREIR, b NI Y
A4 RTASON R ERETAZERTERLEZEERMRLLEEZLD,

E#IZ, BEBRERBANT ) A FE T ZAOENIZBE L, in vivoll BT BASODBRERIEL1Z, BHEEZO
BlgANT ) A REEFEMBIZTHELEL LA, RHREIC Y ZHAROMERBA L, REREEEBOWRN
HERENT, T2 T, ASOREMENICHES T2 Z & T, COL4ASZ /37 B DCKRE I ORMOETE 2R 7243, in
vitroCR OGN LI RBONREERER S Loz, 4%, BN FESCBEEMAICE TS, Mk
THEEBEZLND, ZORIL, RBXTHALDIC R STZMRIEAS%, in vivoll BT BASODH A FIEDBFITE
ENDZ ERHFERD,

PlEDO XSz, BRXTEMBRZICIETIEE CREWVER, REBESBFILBTAENZIFEES., TLTE
FEOHME RERICFETHHLVFEDHEALENTRENTEY ., BN >—BERE2B o (EBREh T3, &
S>THEE (BER) oRBILETILOLRD B,




