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HFOBAUITAERBREELLLICEGTFRITETHY .. EEELEREDS
WEBHEETHD, CNFETICHVEFRAEEROBRKARKICETLIHAM T
A (ERK26 £E BIINHRES) ) O IFOHPAER-XEOHY FICET 5%
HElREE (F 278 A HHEBREE) GENFTLOONTUVSM, EF
DHEEEMDESIZHEN., TAOoDOBREZEELE-FIVINAEESRFAREICON
TOEMOCEERNDELGRFHIZETL D,

NAZMYELHHABEOHRFERE LT, BEIEIZHESHPAABREBEERDERIC
Y. RETEOELWHNABBE~NDERDBFEIVL - ZS5ELHE-o>TWS, —A.
BREILT OEREZHEEEOBREFTHORICED L S ICHAAN., HFirlae
BREGUHSREFEZHBEL TR MEVWSBRELEFETEFIEZICG>TWL
B AT T BIAEDEMDFEFTY & NGS I ED#HFftRe D@ EIZFERS L T,
XETI& 2015 &£ Precision Medicine Initiative & # =+ T. A%t - &1k
LA ABREDORFEICHIT=RYEHLRIESN. REDOLELLAR SN T
%o
MEDEFNLE S FEYEBITEDOESIZKY, ChETORLERESS - FE
REENFELIIRIZ. 7/ LIERIZCK DDADDFHEMNTREIZEY DDH B, —
HBONATIIE—DEGFEENDNAREDEREDERE (driver) THHZ EMN
BoMNEL>TER, o0 driver ZEZ2—45 v T H5EER. HIZAEE
ALK MEBEFEET DIE/NARRMISAICKT S ALK AEFIDBZED L S,
LIZLIEBIMAHRZTTH, TOREREICSWTIE, FOKELRRICHERER
LEEHMN VG HKEY OBRKEMOBANRBLIEELRZToNS, F
m.HZFDRBEERBZE . FONAVRKERET =/ 24 THEERMFEL D EDT
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BEERRICETIMAERAICENAREE LD EEZOND,

SUImRI R R REMIIC & Y ERER DR & BIEE M EA . FOKEEBDHEE
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RIZEWT,. HFVHPADEERMRBOBRE L. KFEEXDOITHKXENEZR-I N
HFINnd, BEOLVLGIDZICRHELEICE TOIHAKEDOEBEENMEN &
FREESDEGHIREBEL VNS N—FILE, FARICTHATIT7HEENEAMICE
HY. SBITHEMITTHZFLZREYBZA DS IRNEBEMA S & THIRATEER 5 (X,
HHAEDRIEEZXET H5—IZHE S,

—H. FOHPADEBKEREICEZMITS E. LG VEFNEH, KE2EMEE
[ZHRLTEEINATWSINH, BEENERICEYGZSEEZZTAHEIZZL
<.BRABRIVEAH . FHREE - EFORAENEFLALETHSIEL SRR
NEET S, BIFEEBLVSHATIE. REOGFEZERICIEBEEL. mEDKE
FRBETS5-ODEBEEZFEENIENEETH D, 6T, EHLEERK - fRE -
REZEDNETNE. BELTREZHL-H. SHOEMRALDOT=HDZFELEL
IR, NAFNIDERE, BREZBBDERG EFVNAMEDEBREFEN
RFLE TV, HOLPABEDRRHICH LT, MNEHRADEITEHRESEZ.



SHBPBELLEIBEBBIIOVNVTRIFTSIZEE LT,

AEFHETEH., BFONAMEZSFTFZ. FOPAQEREMEL., ¥
TEVLGHRELIYESEBICBITS=012, FONADBIELERABRZE
B 5-ONREZRFERVERABOERICIEL TOBESZTHE - BHEL.
TFHTFITZRULFAS M)A I VADBEATHRMNLGHRICET S L L
312, PMDAIZE T HAERESDBEERMREFBICRILTAHILEZHIVET S,



1E HEEORI—T, EEOER

FOMAIX, BIRBEER (B4EE) AAO 10 FAHT-Y 6 FIRET. #HHD
HW=H2E  2REOEENMMMONABICERTRKENVILDEERZSINS, O
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— A IEEORENLY / LBITRTTOESIZEY . MAALEHEEDS LA
AMZBWTEH, HBLESFEBICESTEONEZELL IS I a vk
ERIESNTWS, THDLE,. 5 KNAZIXLOINETHELLEFTEZ ONGEH
2E=MNAY, BUEZNDFEEEZERICLEFVENADESKRELTIEZON
BERIZEYDDOHDB, COFLHEISHIIavENTIIIHT D28 - AE -
BERREEZEZZGE. WO STHHAMNLGHFEILNALELLL. BV LENI &I
K BHALRBEICERT S,

ABREEL. RIFODPAMBESFA. FONAOTRKZHH L. RETEM
BEGEIYVBRCEBIZETSEHI2, FLONPAQEIEELBRABOERICH
WTED&SHREER. BEAIPDENMNFa2S5 M)A/ I VADH|AT
SBEMLZHRICETHELEDLIC. PMDA B ITAEERDBEBERERICERL
T52EZENET S,

AMEETIE., FIROKREBEN S, FONA (BEOFLNA) &, BED
FOBAEFLISVOIVITRITTERD, LTV THEEEFHLDE
WENLBERERTEHIIDND. TOBRKFEZNESCRIZE LBRHARDOE
BIZHEITABERITELR S,

BEDOF LA

R - BRRAREENICRENSG—DDI VT4 T+—E LTREIN
TWAHBNATH-T. TOHREHENENLELD (BREEERAAODI0HF
ANEF=Y 6 IR, CDEA TDFILNAICIE, BRERE, BORE. R
DEMRES. MNEHA. FRHEBEDOT VA —IPNRILALENEEND,

BEOHFVLLAIZEVWTIE. TN EFND I VT4 T4—ICHBLIEDFE
ENEONHLIVEFHALGEDLEL  BE—RFHFEMNE LI-EFDORIMNGZ
BEDBRIIEHE N, T, CDFA TOFILHNAUIZIE, DATDEDODHE
ENENLGBEIZREAM. FEHICEC DD Z V0, HYE, HYZE
AT LIBNAVZEDEMRTHEWMEEELZL, ZEOEDR L., BRKH
ROHHED-OIZIFENE -2y FT—VIb T EDRENEDEEZ BN D,

wLITSUaY
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BrROFL ISV AVEHRBLESFEEZET 5O ALK BEEE
FEAT HE/NHEEMNAAICTT S ALK BEEFIA, ROSL MAEEFE2AE
T HIE/NHREMAAIZKT S ROS1 HEFIDO K SI12. B—2FIZKSEIH
HEEMNRLHGF IS, EERFAFED Proof of Concept K U7 TH Y.
FRFEDOMRELEFIND,

FLIS9 a3 DBKELRBZNAUIZEER common HEDHAEZL . B
KELBDINAEZET IERM - ZEBICHAZEDEMRIEIZL, ZEDE
DRLIZIEHA FSA DB FELRENEHEEZEZAOND,

LEOFHDLHLA
REOHRINAERD ISV aVOMEBEZEDLELLDZ. LEOFL
MAUEEEL., AREZDORRET D,

(&% X#K])
QFDHIAERE - XEOHY HFICET IBREARBEZIZDONT
(BEFEE R— LRX—  http://www.mhlw.go.jp/stf/shingi2/0000095430.html)
QQFILNA TOERKBERE IF E EFOHWPH 254(9) 621-7,
2015.
(3)Rare cancers are not so rare: the rare cancer burden in Europe. Getta G., et
al. Eur J Cancer 47(17) 2493-511, 2011
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2. 1 EEBELGLHRAIZBITIRHFELI7S59 a3 eDBRRK

TE, DNAICHT D EGEFHBRITAENEL ZLITEY . AADEREICEAET S
BIEFARIESNS L SIZHE o=, MIRMNA TIE., EGFR Z££(40%). ALK i&{n
FELE(5%). RET BEEEF(1%). ROS1 EBIEZFERFE(1%). BRAF Z2£(1%)%
EDOWLWHRP B RFSAN—EBEFEENZEHONDIOD, TN LDELFEEFEMN
E LD FENENFERE SN, EGFR ZE4H|IZ(X. EGFR FROL X +—F¥H
ZEHI(TKI)., ALK EBEFEEGHERIZIX. ALK BERIOFRAMENATREIN., BRE
AZNTWS, &5I2, EGFR £E£6IT EGFR FA ¥ X+ —HHEFI DM 4E
I Tl THEHEFE D 50% % 58D T790M ZEFIZHT 24 L A ILFZTHE
REAZSNTWLWAD, ZOKSICHIRAATIX, BEFBERICED KoM/ —&
EFOEEICIYDEIN, BROEGFEREICHT 20 FEMNELNHAR SN
TW%, BEFEEDHEEFHWOLDILELEL. WHE3FLTISH 3014t
ThTW3,

REMNTETFRITICE Y. KEBHA. BAA., ADBAIZEWNTEH, EEFE
BORBEIOIT7AINWVIZEKDY TR TRENRINTINS 2014 EOFFE T,
BIRAMAIE. EERFRREKRIZKY . Epstein-Barr virus-positive, ¥4 ¥ 047
54 FARREM. Genomically stabe B U Chromosomal instability @ 4 7 4% A
TOHRENREBINTNDO, AN, BEFEBEIKRICEY., Luminal A,
Luminal B. HER2-enrich U\ Basal-ike ® 4 4752 A4 FIZHEEn b, Basal-
like 47424 TlE. RELFREMRBILFEBTHRILECZEARRY HER2 25
ADRBED AL triple-negative ELAATHY . ALHBADH 10%F HH S, 2017
FEOBAT. Mol T 5EGCFREBNICEY., 5124 HTEA( TR
BN, TAODELFEELCERBICHT HARABREORAENITHATLNSG, §
#. HIRAADESICELRDY T2 A4 T 28MGERIDLREIANIL, EL
RAPKENALEDETELNAICE VD THEAKWDEBEINERN S, FHD
250 aviEhECEEZ NS,

2. 2 FOHLALBEFERE. FREFOBEEA

PDFEUETHDIAYF=JIL. BCR-ABL Bt BEEFDEMIZT S TKI &
LT, BHEHEEOLKBICH L THAREIN-SFENETHLIHA. KIT BU
PDGFR @D TKI{ERZE L THE Y HILERMBREGIST) IR T 2BMENESD
bNtfz, 90%LLLED GIST A KIT #HIELTHEY. REHMNKIT v PDGFR DE
B%EFHT 5, HEMN 1~2 A/10 BEATH D GIST (L. EEKOZMIBFEIIENHE
NELAEBFTELWVES TH . I IF =T DERKREALRE., 5IEHE VT,
Al - THEFIZH LT, A=ZFZITRUVLIS Tz ITNEAINTLNSY,

GISTZ#HELT. FSAN—EBEFOEEZEFTHHFLILAIIRLT. &
FEMEORENTOATEz, XKETEW L 2MDOFLHLAIZH LTS IF
ZJIEERBINTLNS (PDGFR E-FEEEE T 5 EHER BIEIRE/ 5 561E
MR E., ETHESMRBMREEKIT ZE2)4 L) O,

MEAREIL. 50 FEEREEOHBENEET 50, £ADH 30% THEM L2
BREELIBMELZEERFINEHON., CNODEGLCFOEEDRENEED



BrCALWLNTEY. CNoDELTFERENESORLEICEAETHIEEALN
TW5, AT BFEDECFEEZF I SEHMARBICHLTENS FEML
TONFIEMABBREDARBENRNTM SN, NMBHIOKRETHSHERDEM
EMEMLLEVERICHT 2EZDHLEBOHSATILNS (X1,

RETIE, EROBMBREL EDERIDABINENFTRTH > I-HFLHA (E
HEBRE. FRIERDMEDA) [T L THFEMECREF v I RA > FEEH
HEDHFREZFMNBEREASN, TN DEFIOFAENATINATINS (K 2),

FONAICHTIEERDEARICONT, XEEBMEEMRE (Food and Drug
Administration (FDA)) (&, 1987~2011 FIZHDHA (6 ALLT/I0 BA/IE) ([
LT, 45 EEmR. 68 DHEE - NRERRLEZO, 535, 70%ILEMEHFEME
& 54NN D FIEMETH 2. 41% THEE- IR DEMEER T H Y . accelerated
approval I& 37%Z& G&HTU =z, 68 DFNEE - R DERREEICIE. 99 FHERD AL
EHARAWL L, 33HOREALLLEHARNTONIz, $170%TEEFFMIER %
BEYE BT7—LORBRBEEZIML -, EHFOPRIEE. BIEAL LB ER
TIL 30141, —A. B7—LHRBRTIE546TH- 1=,

ERTIE. EEFEHEN 1993 FICHFVERAEESR - FLUERRAEEREESIOD
BEFEZHE Lz, CORER. IREBHHS. BRNTS HAXRE. EELGK
. BICEELOBREENSVORUVAROAREENSV I EEZHEOEHK L L
TWd, BE-ETRIC. AXICETHIEE - E. BABELLEDOXERESZ
25T EDNAIETHDLO, COFEDIBEZZTEHFILNAICHT SEERIC
F. bRV TOY (RBAREREZESHERME. 2011 £6 AfEE. 20154 9
BERR) LENH D, oI, BEFBEAEICEY 20010F 2 A, EELDOY
EMHOBVREKRE - BLNERFREBENHESATLEO, ZOREIE, BUXK
TIEERANROH N TSN, BN TRAZROEERZPHEMLICOVT, BEELD
HEMZFFMEL . HESEICKIRARE - BN EOHRREZBME LT,
BAEZEPEALY . BEEZEE LT, CORFEEICKY .. FOHLAICH
LTAMBEINEKRINLERIL. V)25t (MERE. FHEREES)
BETHD,

UEIZRLEESIZHEDAAIZEVWTHLEGFHRTDES, 7 FENEDLE
BEFzvIRA4 2 FMRAERG EDFRERDEBRABA SN, TOHRE. BN
EREBECRRKIBMEDALGZED—HDEZ TIE. BRLEEFIZKYABRARS
BEFINf, ZNI2HEO RE AR ELEFENDLENGEEDHEERT /0N
MR L TEERDRBEEETHo> TS, EMEEOBRALN L. FOHAE,
OERBFRTAELEGNRD HHIZEMBENEIL L T 5ESE (MHEIES.
Ewing RIfE. B RE. #EFMRELGE) . Q FSA N—EEFEELHY.
TN EEME LIABRNEDLIES (GIST, EXEEELLE). QFRT4 /13—
BERTFEENTHLGESICHEINDG, S&. B TFHRIOER - EHIZLDF
FSAN—EBRFEEODRERUHREAKFZE I 20 FEMELGLEDEAIC
&Y. FHOPAVIZCEVLWTHELGRERINAR I TR EZZI DN D,

L EEHROSEITERITHE S A,



1

MERDFRMAIBENZR LZOERBAEITH L TEHHIA
0B S

FES R R B3] 2R BHBEGTER
MR B IS AR Rutkowski P, et al. o
HIE J Clin Oncol 28; 1772, 2010 Imatinib COL1AL-PDGFB
Stacchiotti S, et al. Sunitinib
Ann Oncol 22: 1682, 2011 unitint
i B AR B A _Kummar s, et al. . ASPL-TFE3
J Clin Oncol 31: 2296, 2013 Cediranib
(VGEFR FEE#)
Wagner A, et al. Tivantinib
BRI AR Cancer 118: 5894, 2012 (MET [BE#1) EWSR1-ATF1
REMAIEHESE Mosse Y, et al. Crizotinib ALK A BET
MBS Lancet Oncol 14: 472, 2013 (ALK BEZEHI) meRIn
Wagner A, et al. Sirolimus
J Clin Oncol 28: 835, 2010 (mTOR FEEHI) TSC12 ZEBRHBEDORX
MmEFFEFE LR Dickson M, et al. Everolimus, Sirolimus PN
RS Int J Cancer 132: 1711, 2013 (MTOR [HEHI)
Chevreau C, et al. . .
Cancer 119: 2639, 2013 Sorafenib VEGF % %35
— SgE S Gounder M, et al. .
TAEA FIER Clin Cancer Res 17: 4082, 2011 Sorafenib ks
. ) Maruzzo M, et al.
m”—'lig'ﬁ'lﬂé Clin Sarcoma Res 5: 5, 2015 Pazopanib FER
o e Dickson M, et al. J -
& - B EEAE . o Palbociclib
T AIE Clin Oncol 31: 2024, 2013 (CDK4/6 [BEH1) CDK4, RB&EH
Ray-Coquard I, et al.
Oncologist 17: 260, 2012 Sorafenib
153 EE
M EPAE Agulnik M, et al. VEGFR iR %
Ann Oncol 24: 257, 2013 Bavacizumab
Juergens H, et al. o
J Clin Oncol 29: 4534, 2011 Figitumumab
Ewing BIfE (IGF1R #iufk) EWS-R1FLI1 or
/PNET EWSR1-ERG
Pappo A, et al. R1507
J Clin Oncol 29: 4541, 2011 (IGF1R #14K)

B ontoF


http://www.ncbi.nlm.nih.gov/pubmed/?term=Chevreau%20C%5BAuthor%5D&cauthor=true&cauthor_uid=23589078
http://www.ncbi.nlm.nih.gov/pubmed/?term=Maruzzo%20M%5BAuthor%5D&cauthor=true&cauthor_uid=25664166
http://www.ncbi.nlm.nih.gov/pubmed/?term=Juergens%20H%5BAuthor%5D&cauthor=true&cauthor_uid=22025154

K2 FREFOBAICEY ., EMFEDBRERVEL LEFIODA

e BHEGENTF FEH
EHEaeE CTLA-4 Ipilimumab
PD-1 (Hodi FS, et al. N Engl J Med 363: 711,
BRAF + MEK 2010)

BRAF V600E Z £

Nivorumab, Pembrolizumab
(Robert C et al. N Engl J Med 372: 320,
2015, N Engl J Med 372: 2521, 2015)
Dabrafenib + Trametinib
(Robert C et al. N Engl J Med 372:30,

2015)
(20~30%)
BRI R RRMED A VEGFR1-3 Sorafenib, Lenvatinib
(Brose MS, et al. Lancet 384: 319, 2014,
Schlumberger M, et al. N Engl J Med 372:
621, 2015)
Vemurafenib
BRAF V600E Z &£ BRAF (Brose MS, et al. Lancet Oncol 17: 1272,
(50%) 2016)
(&% k)

(1)Genome Atlas Research Network. Comprehensive molecular profiling of lung

adenocarcinoma. Nature 511: 543-550, 2014

(2)Cancer Genome Atlas Research Network. Comprehensive molecular
characterization of gastric adenocarcinoma. Nature 513: 202-209, 2014
(3)Cancer Genome Atlas Network. Comprehensive molecular portraits of human

breast tumours. Nature 490:61-70, 2012

(4)Metaxas Y, et al. Update on clinical research and state of the art management
of patients with advanced sarcomas and GIST. ESMO Open 1: e000065, 2016
(5)Gaddipati H, et al. Rare cancer trial design: lessons from FDA approvals. Clin

Cancer Res 18: 5172-5178, 2012

(6)http://www.mhlw.go.jp/stf/seisakunitsuite/bunya/0000068484.html
(7)http://www.mhlw.go.jp/stf/shingi/other-iyaku.htmlI?tid=128701
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BEMEFICL>T, FLPAOEERMARILRELERTHENEFINT
W5, BIEF/ARILY—Y T RBMOEIENY / LBFRIZEY .. FONADY
J LR BEIZMORENTEEIZRY ., BBICZT/ LANAAI—h—%FA
LERONAENRELI-BERABRILED SN TS, IPS HIBBEMTOREIZ X
2T, FUPNAHBAETILONLAZRIL—Ty PRI ) —= 52 & EIZFERH
NERENDDOH 5, MESZIRDHE L THEIMEEEF - V1 ILAEEZDERIE
NEHLN, SLHIZREFIVIRA Y FAEFHEEZHAANT-EARERR
HEFINTWD, INLITEBEOARERERICHT-ERBOMEISHESL
LSEERMAXETHD,

3. 1 XKV T VREMZAVWERZLDPAOERSRAREORRESE
DA M

3. 1. 1 REKRI—ITVABIARBERAVERFLONRAICETSFSM4/N
—BEEFOREEDFE

V=TI UABMDEFHICEY . FOUNAZEDEHRALGHAAIZENTET
DIV 25/ L-2FFVRV) T b—LgEENMTON., BRERIZETH7/
LEENBEMICHALGNE R 2 TERL, FOHPAICENTH, ABCIMERES.
MEBICE T ARHMERMEEIEFOEGTFEENRLICHLGN EL>T WS,
Bz IX/NAREZIZE TS CIC - BCOR BEEEFAEHETIL—TDREN. &
LMEERZIZH TS BRAF BERFERREEZDHFITHD. FHEFLTRE
DENFET DREZICEVTHARRNGS / LBERICEY. ChFETORE
BN EEY / LERBICEDSVWTEBRBELET LWV 2 EANBESNA TS,
FODBAFERMICEET ZEENMEN-O. BERRGICEVWTEMICEE
TRHEELHHN. HHMGT/ LEREZRERT S, LW S 0FZMICk > T,
FYBRSHERGEBEZWEITO CEMNFREICE - TE R, SHIZRoh=ER
FIRRIIVIZDNWTERRRG TRREICKRFET 2LV HERY—I T ANEA
ShnE, FONABRICEVTHLIRNG S/ LBWATRICE S ENE
FEnd,

3. 1. 2 57 LERICESV-ERKSAE (Umbrella/Basket SRER)

DFEABRODEZIZEY., BHELDEY/ LREDAEICK>TEHNERE
AMEL. BEBREITSY / LEBENEDNTWS BN ELDYT / LEEEZHE -
TWBFLINAZREE LTHREKRAKETSHBETH, O—V I RBIFICEK
557 LEWERIDABER S, 1212 LIESREF RN DL N =0, FOBALE
WM E LE-EELRARBRABROZMEAELTIE, BEUTD 2 20&L 54
NEITEHLNTWNS,

2 CIC-DUX Bt&1E{EF+ BCOR-CCNB3 BtaEGFIXFHNALHBE LY/ LEREEZ T
THELOLBRHEEOZHY—h—E LTHRESINT-,



3.

10

Umbrella 5X5&

FLITI0a0ERRE LIBRER, HhoLABERRELT. 7/
LN OBEREONZAEENELGY 55 RSAN—EBEFEREICKLT,
EFEZNFTNOABREOERKRERICIEY 2. SHOEZMARZLTL
THEDH D AN TEDH SN TUVSHHA HIERNAZEXRR E LTz SCRUM-
Japan >, XK[E NCI @ NCI-MATCH 0\l & 425, B F/ARILFZRAL
o= I VRITEST, BEHDORFSAN—EEFERFIZERET S X
TLEDEENDETH D,

SCRUM-Japan : Cancer Genome Screening Project for Individualized
Medicine in Japan (http://www.scrum-japan.ncc.go.jp) £E#) 250 EE
WEE 16 HOEESHASE L TV IEFEZLEENAT / LRV
——57avzyk,

NCI-MATCH : a precision medicine cancer treatment clinical trial.
Patients are assigned to receive treatment based on the genetic changes
found in their tumors through genomic sequencing and other tests. K[E
NCI & ECOG-ACRIN Cancer Research Group AXiE L. B EDEIEF
EEREZIFENET S 20 BULOBRREF-ITEBREOHEAEHEZAL
T. BEAOHSFEREZENET D8R ZETOHR,

Basket X E&

BEREERICHBE L ZABIENLERY 55 R4 N—ERFEELHHY
Y ) LATRREEE VN2 =AM AI—H—EHDEFZEDHT., TOY
J LEBICHIG LE-EFORREEDDI LD, LWhIEFLTI50avsE
BEMICEDNBERART YA O THDH, HlZAE BRAF EENAZXRE
L 7= BRAF FAEFIBRRRERICELNTIE, A5/ —7 - KIBHA - flidA -
FARIRDAICINZ THiES - REEFOF VLA BER) LRAREFICEDHT-
RERTH H(NEngl I Med. 2015 373:726-36), FI-E—EEFIZEE LAWY
il LT. DNA BRREE (74780 T34 FAREMBEE : MSI-H &
5L E dMMR) BRAICXHT BREF = v I RA > FEERIDEGERRERNZE
(f 55 % (Science 2017 357:409-413), — DEERRAERTIX. KBEHADOF
BRENAE VS -EHEELGNAICIA T, BENA - ADBHNA - BARE
EWSEFLNA EE) ITBEWTMSIH EW-EREZRIHFLISY
DaviLEOHEMMICERNZYZIL—FLTWS, REXEESEELRD
(FDA)IE MSI-H, F7zl& AMMR ZZEH S5 ETREENADEEERRIZ, R
L7AY AT T&#RRARB LIz, HBRTHA VI - TRER - EER
F-ECTFIBIREEEBRDYT / LEBENAFT—H—LTHHEICIE o—
DIVRBHHDDETHD,

1. 3 7/ LPSFER - -BRANT 2 {BEBELEHFONAODE -
Bl - BERFEREOARE
BRIEHEDLDAICEVNTEZD FSAN—EBFHARES L. REEARE


http://www.scrum-japan.ncc.go.jp)/

NLEWEEDE VWA FEEMAREEIZLEDEEZ ONDS, LHL, ZDE=HIZIE
PHOIOICERG FSAN—EEFEERBELIZARILO—V T URITEK
545 ) LN ERBSE TRBTICENVETH D, ¥/ LA AT—H—
% ERA LTz Umbrella F5% 4> Basket SAERIEFHVDNADERRERE ZHEDH S 1=HIC
BEETHLHN. EFHLGZLEDRALI LCERKRBRBRE VSR ERMSEELEL,
ZDHEETEMEMITENEZERBTE-ODORELOT ) LR )—=Z25D

ZEELE VS EBREBHEIEDIE., ABICEVWTEHLEFGE T O—/VLERERIC
SE. HHWIEFEIT LI EMNTREE D,

LB —1S / LAREEZED>F VLA, ERAREILLZVEDODE—HEMN
BWOT /) LEEEZENE LESFENEDOHREREICENTHSEELH
5, LOLEALAE - MRESK ETIXEBRENIZHYIZKW RS A N—EiE
AFEELZ, o TSRIIST / LBWIZNZA T, RETO I 7))L, TES
JLRAZRA—LEVNST-MDDFIHER - 7 FRBEHIEEZEDEOMEG
BRAMEICE DWW -BKFARLVETH D, T-ERDHA#7 5T Global Alliance
for Genomics and Health® (GAAGH)D & 5 HERMAEREGEORBEA T EE
SEA L. N-of-1 8k (1 5I#247) (J Clin Invest. 2013;123:4568-4570.) % =& 1=
T—ARAEEBETHLT, FLOEODEFEHICLEILIFETHA S,

3. 2 iPS#ipa

iPS MIREDRFMEZENL-EXRGAROAREBSFE L THOMKRELNET
bhd, HFVEREBICHT IEREMRFAREE. FLPAITHEEICHATIMENZLLC,
MROHARICHT HIRERNRLEZTLHEWN =, EERFAZEICEZOREZHF
3, IPSHRAIEIINOLDEL DX vy TEEDH IR ELOHFNFEE LN T
W5, UTIZRMEREIZEITS iPS MIl@ZAW=RIHIZDONTHERSA, O
NoDFEFFONANDICANTETH 5.

3. 2. 1 HFPERRBITHT S iPSHRRDOIEAM : FGFR3 ENE R ESE

FGFR3 I B EREXERMEREZERT 540 JIL—TD5EMD 1 DT
H%, FGFIBIZFZLEEIZKY FGFR3 2 U/ BN REERIMEIZAHY . BE|4
FGFR3 VU T ILAMREMIEDEBER UM ENFT A EICKYRET D, &
VEBETHY ., BEEEZMET LI EHEHARIPAFRHBEL OV SKRRIZHD. E
ADlE. BEREHBANSESRLT- iPS HEZHBHEBIICHLEE. HnEE
BEDETEBELGTRF—RENWS - KERBICEOLIHREEZERL-, &
SICHMBRERZERET DEVSHEMBFEZIEIZLL. FSv TR 3=
VU EZBICBREERV) -0 %T0., BABRERBLELTRAIFUERE
THZEITHERMLED,

3. 2. 2 HPEBIZHT S iPS HRRD AR : EITIEBLERERTBAE
EITHEELEREERAGEX. PRI VETITIEHMEOEMEEILER

3 HRARKBRROEOIC. EEMEHRHRAICE >TY / LIERIEVICERRKREREHFEMIC
£ETH-HORMEHEED-HOERD Y — 7 L, hitp://genomicsandhealth.org
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ML HELHEETHY. BMP Z8AK%EZ 31— 95 ACVRI/ALK2 BIZFD
SREVRERZRRAET HD. REBBIEITHATH - -, COKRBDOHFHE L
T.REDYRICKDERNEBILT 5=, HEMEZEDNIT 201RETHD
EVWSRIENH SN, FORELIF, BERMEMA 5B LT iPS Hlah oiRREE
BEEMEEFETSLTCIDOMBEZRMR LIz, TOHERE. Activin-A [TXHE
FIEBIEFEEVNS CNETEESA TV > E=SFHENBESNZLE ST,
THIC, FNIZEDVWTABREREBELTINIAM D UERIET S EICHI
L=@, COIGRABITE D AFRHEGTERTRMENIPSHilaLYFELON=Z
L) BEYAZaY FO—)LHENIPSHEZAWNYS/ LAREICE-TELN
f=C & iii) iIPS N L MEEE T LIERZBEYRT L THEREEHET S
EEHITREREDD FHERBICE S E V) ZTOREREREB L LT/
ANWN—TY bR )= VN TR EREIPSHEOFI R EHFERCER
L. BIRIZHEUDITEZENTET,

3. 2. 3 HFOEAICHTZIPSHBAOGHIZATESEBROBRYE
FORBICHE T HAHABEERREE. VFLIOPZICERBRAOEBIRETHS.
iNFLPZICEERBELNEATE ST HRERELNTHO-DAREEREDRT
VTITEDHEV i EUME - REMFERIIT HHBRN/TVIZCWNEE, 2<D
H#EZFFES5, ChoDR#EZ IPSHIBENARRL T NS, EitlEEEEL. AF
[CHEZF SBRBRAZRBATEIMEINERRBICAFTELSLS(CH o1
CEITABRERRICKRECTFE Lz, -, #ETHBIEHEEHERREICS T
[T, FEATH - I-REMEN D FLANILTHBETE-Z L. TNFHEEIT/NHNAMR
W—TYy rRO)—=Z VTN TARE=ZEN, BAREEREORYIAHZFELT=,
FGFRIEMEMHMEEEIZEWLTIX. D FRENHELHIATHINR I Y—=2T
FERERBRREEEL NS EYMEFEEEES L0, HORELN-BRHEEX
D= Tk YRBREREHERYVAALE, SEDNARIL—T Y FRT 1)
—ZVUJICKBRBBERY ) -V & ZBITEVWV:5E. REEZRIBT 50
FLANLTOEREFL LTS L TRRAREEHS MEEE L. BKYAFEN
FABRREEIIBRFEETCH > fzo — AT, FIROYENMRF LG HZE. B
- REMEEFRIITHIRBOBAECENTH, iPS HBEOEANHFINDS,
WME, A OFKRT N R4 ESA LM77 vt4Y—JLE LT Organ-
on-a-chip E WS HENH E, HEBRENI _EAKRE L THIEZERY &< ERKR
DWNMNREPLIMGRG EDBMIREZEMT 52F v TE#EEHLTA U E FORER
B TPERREOBERER L BIETHERAENERTTHY . LUVBED
BVWEADHE - REMFEORIEDAEELTEE SN B0,

3. 2. 4 FHOHBA-FLIS372a0OBENEDELS(ThHhHHH

4 A ARAETNARE FEROREDO-OOWMEMIEMZEZFIALTERLIZYA D
ORI, YAV BF v UR— YA OF ¥ R G EDHMMEE ERASOENEF Y T
TINARDBHTH D, BBLEHT IEHOEFOMBZEEL . BRORAELZEL -1
YAV ORBTEYICHET S LICL Y., EEFE L TOERM., BRRMFTZRIRS €1
Fw 7& LT Organ-on-a-chip 3% 5%,
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FOHBAIZKT B IPS HEDIEAD—DON., BEEFXLEBEOBRHTITHS. R
#}MKZ iPS MEHARAMOWWHBRLERO T IL—TE, BLEFHRET VX EHE
LT OO DFELHPADEEICEALTHRREZ LT TS, FTRSIXEARNT
V7RSIV EFORREFETETLVATLERFEL, REBEITEL
TUTRITSIUJ%FBLI-ECH, BREEBO—DTHDIV 1 ILLRIE
BEWMODTELULEBENREET DI LEZRREL., VA ILLREBENSILESE
[CEOTRETDIERBTHAEEZAOMNILEY, 62, AEDRR LGS
MEBEGCFORBREZFETELIVATLEANT, FIVYIATEEZERL.
S hICMEEEFN OFF DREDESMRIZ) TNV 0 TRFEBAT S
CET.REBRRIPSHRZERTDIEVWSI VRATLEEEL, TOKBER. A
BRECETOIMEEGFORIIEL LTHLEEOFETESREICEA
MU BBEGEFEENMVDETHSENALHNITES1=68, DK, EIZF
REFBRE PS MR ZHAT A LT, FODVAREDDFHIBZHSL
MMIT B EMNEFTED,

3. 3 FIHAICHT HEBEETF - #lE, REFREFAROATRELE

3. 3. 1 BfE&T-#iaE. REREFBORIR

EUEEICHT SELRFEEE LTE, REETFEE. PAIGIELRFEE.
BRETTFAE. EEBRREIVAINABELEICTOATET LS, REEEFA
BiX. B FEAREELHR., ECFEAREHERD I F . ELFRET M
fo. BEHEBANOERMNAERESEFERE. REOAEN RSN TETL
%, EEHHIIZIE 1953 £ Watson £, Click L 512k % DNA HBEREMN A
SN EEZZEISERFABRICH L THEERNEFL-NIEILH, B 1 ITFRT &
SIEERER CEGTFABRERAENMITONTE -, COM. X EREEESRE
REEITHT DEERFABCAILF U S VRAAINIS—EREBEICHT
LHEEFAEICEVT.HIEEIL FAIAILARY Z— BEETT/ 741X
R)3—ICHRI LEELGEEEERNREL-, TOR. ELTFEARI ZI—0D
WENThh., ZREEDBWWRI A —DEBEANY 22— LTRHWLONE LS
[ZIE > TE TS, % LT 2008 FEIZEMN TIEERFAFESE Alipogene tiparvovec

(Glybera™) A XMEEMA (Cx L T, 2015 FIZ(FKET Talimogene
laherparepvec(Imlygic™) A B EBECX L T, 2016 F£IZI[EA4 FJ R T
GSK2696273 (Strimuvelis™MN 77/ VT 7 S F—ERIBEIZxT 5 ADA &
EFEAESCEMMBEFE LT, £ L T2017 FIZIEFEME Y /B MIEIZSR
L T CAR-T :&{FAE Tdh 5 Tisagenlecleucel NEZE I hi-, BRIZHELTIX
1995 F(ZHtiEE KFE T ADA RISFEIZX T HERTF/AEN . 1998 F & U ERERK
ZPEMEMEMCENAICHT BRI/ O 77— a0 = —FfBEFER
FEABRENAMIEZ AW -REETFAERERRMZED . B4 ILXKET p53
RET7T/ VAILARNY) ZA—RAWEMAAIZHT SERFABRBRMENE
B, TORBRIZEWVWTE 40 HOBKABRNBHERICR L TR - Eit
SNTETLS,

—ABE2OLSICEMERICHT 2RBEREDREICIEIRVERENH S,
ChoEEBIC 2010 FIZTAY, KX, BRIZEWTY T a—+IL-T
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(Sipleucel-T)(Provenge™ fifa & X, MAEBELLTOAIEY LT T

(Ipilimumab)(Yervoy™), =7KJL < 7 (Nivolumab)(Opdivo™), RAZTOY X< J

(Pembrolizumab)(Keytruda™), % L T_Lti® Tisagenlecleucel(Kymriah™)Ak

ETERRE SN, REEELZIEMEEEAEOERKICGE>TE, BHERICHT

5% - MREEICEVWTIX. B ELUVICTBRREZ LNIFET HHNITMA.
MEEORF (HEE T #a. REDSYAS chay, REFzvIRSAD b

NFE) EVDICHZENDKREFTEETHLIEEZAOND, COKLILEANL.,
EROBARBREICMA ., ik PABENRECREERFZ L GEEFXVDD S

RATUOFTUBRKESBREXRTF R EEFEAME. NK-NKT #E. o 8 -

Yy OT #fa. EBERMENRTF KL LLIEMBERE/ ULABHAME. £ L TGEEF

WE T HEEFELTAVERREREBRNMTHOATET S,

3. 3. 2 FOHMNAICHT HEETF - HlLEER. REREARORR

FOHAIZHT BELRFREELE LTIE, FR3-1, 3-2IZFFT LS (T@EHZEL
THERBIFE (VA TSR b—7), BEHECE. 2HELNA. BEHEIREFEL
EhA., AMEEAR. EMMESREICH L CENHERBRAERRSh TS,

TGS, AFEGFHRE T HlEEN. THREIBEARZHWSAE (TCR
BiE) EXATHEZBEREZAWVSAZE (CAR-T &EiE) [TOVWTHKRREMNE
HRATEREINATETCWS, FVHPATHIEHERBE. BEAE. BHEYH
MFEFIZx L TEERABAED SN TETLNS (K4, 5), BERETIE—HRIC
TCREEZRAWIGESICIEEVHRII/FTONTNVELA, EED CAR-T FEiEIC
BULTIE, HITEARY oN\MELNRZHRICLIZIGEERBICEFEABIEN
/BonhTEY., 2017 F 8 AICKEEREESBFDA)IZL YRR EINT-, BHE
) ONEPEHREICHT IEBRKRRBRLERINATETLS,

BEFREVAINRERAVWCEEEZWHIZET 201 ILAEEZLEERAEINESD
b TEf, $¥IZ 2006 EFEICEWVT EIB REX7T/I94ILAD
Oncorine™(H101, ONYX-015 & EHE&E) MNEEEIAA . BEIAITH L THER
SN, 0%k, XEBEREERBFDA)IZKYRGIZRT LS ICHFILRRFAESE
IEEEZITI=04 I REELHHH, 2015 FXE. 2016 FEIM . I T GM-
CSF HIBEHMAILRR YA LA TH S Talimogene laherparepvec NEME R @ E
[T HMEBERVREFERL L TREINT,

—AH. FOPAERRE LEREEERKRARBRIIINETIZZLERINT
ETHY. ENPREVCAEICET IRERIBRABERNARESN TS,
BIEICH LTIk, IWE. BEBICHTE L TS Mesothelin, TGF-B. VEGF-A,
IGF-1R, CTLA-4, ALK-1, GM-2 R U HGFR 2 F 18/ & L=BE Y 0—Vinfk
FRWABRENREBOBRKRABRE LTERESA TS, °

ARE., $FICEHEBAREICLTIE. FzyvoRA Y FEERITHS Ipilimumab
B U Pembrolizumab M #&§t SN TS, F-EEBMHER/ VL AEHKMRE. GM-
CSFEIEZFEAREET Y F>. CAR-T #ill8. MAGE-Al, A3 7% 5 TZ NY-ESO-
1 RTF RN ABIRMRRBEEDEBERABRNIR 7 DL S ITTHOATETLS,

5 Antoniu SA et al.,Exp Rev Anticancer There 2017
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3. 3. 3 #FLMAICHT HEEF - HlgaE. RERIHAROSEORE
HBDODEBNMEZENE T IRBREECVANILRABEZRANEE. 21D
FOBNAZEHMICHRICTE S8R I H D, FEERATUOFT LT
EhsENHESEEAHMEECFEENICLE-REEREIDOBEENEDLNTE
TW5, EDHEREN L. BEEHEEECEHL CIXAMARETFERHN S L.
FzvIRAD FEERIOBERMENBHLOMN A > TEH., EEFEEHN
PLHWEBIZEWTIX, FzyoRA 2 FEEFIOBERERDENGFLIZC N
EYBALNELSTER, FOLPAICENTH, BEEFEEINDLGL,. F v
R4 FEEBEIODEDGHEGEHIAFTELEVEEILIZVW EABEEIND,
CDEIGIGZEICIE. BEFHLET TELHRY IEFEEECHITRBH CTHRIESE
HBLETEBHEZRESE. ZORIZFzvIRA Y FEERIZRET SA
EPBREHEINTETWLS, COBRDESMEREFZEICIEIVAILREELZLER
THIEEZEZADND, SHICIFBEBLERAT7UOFF U ERIERIZ. TOREEE
ENICRETEDVIVF R T Hlazk5%. FxvoKRA4 2 FEEFITRIE
BHRDEREEIMND LV -AERLEALONTLS, BLILIXEREE
BICHELZ LMD, EAETORBIEKREVD, BANDEGHMLARESSRS
HIFETE., TORDODEBFOHESERLRL-EIESICIEIHEEARE L TOER
ERRFLEFTEDS, ERICCO LS LGHEERE - E-FEEE. BN TILERK
HEAETLTHAY., BRIZBULWTHE DL S HAEZAVERRARLAE D
NAICHLTERTESLIICHEDZENEEND,

3. 3. 4 F&®
FOBNAZEO-BHRESISHT DEEF - Mg REREIRV NV RILE
RITHINTEL CORFEDORICHELGBRBRMUKRZ LITIROTETLNDS. S
BRODADFEBRAN LY EDONSZET, EDHF - BEFFHER. &
EFHESNALNILL ENFTE. FLOVAICHT DI -TEETF -
R, REREDRFE. ELTENODLELEREMIRCHFTELIINDES
AbNd, BERICHBDEGFEECHBORSNEFERERT 5 &M
BALTWS, Wb dFDLTS57 Y3 VOESICEL TIXERTF - i, RER
EDBENRNTDIHARFTEL MDA H D, AFICH T, FAL 26 F11
Al TEER. ERRKFORE. BIUERVREMEOEREFICET HER) &
HET, (BAEERFOREMOERFICHY HEE] MERTSh,. BAEERF
HEOEREITHIEG LU AEBHE (- BIRGSER) MBS h. XAFEEL
VEEROFHFESRHPABFELRIB SNz, CNICTKYRZIHLAIZHT D
BIGF - Mg, REFREORKFARENMNEILENS I EARCEFING,
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1 EREFERFAEAREICEITAEELTEIL

2015,2016&2017
1995 _
1989 ] alimogene laherparepvec,
Orkin-Motulsky GSK269627 ,
1953 1980 BT LR—k Tisagenlecleucel &SR
DNA | |[UStE=7i#sGaF || TILDES 1999& 2003
BERE BRI EE XSCIDE{EFiafd

~_ \ RRTh & B IR T
1970 1980 900 2009/ 2010

I ———

1990 \

ZIILFFr—ERiAk Alipogene
BEHANDSPViEE ADARIRIEND tiparvovec®&E
BEFAMOSENE || 2008 |
1985 AAV2(C &S
NIHRACJD 1990 RPRARUR T
SBETFEBHA RS>
B 5 I IA IR

RO —ERB

2 PAREBEEMRBICEITSIERELTEIL

1960s 1990 | REEHEGTFaR | 2017
1890s ESFRRRFLDRES T‘isagenlecleuceld)i*

I bD 1986 1991
(BCGS)
HTD FIEEHE | 1973 WA SERRE RV DIEREE
MNADOF> D DB &UT RREROZ0—2>44t
F%(Coley) ﬂa;:lﬂﬂ IFN-a/&2 (MAGE-1)
¥ ! ) I
1960 1970 1980 1990 2000
1953 1992 2010,2011,201282014
Sipleucel-T
Coleyfstht BRA SRR Ipili b
b THIAR &UTIL-2E yogamulizumab
1976 1985 Nivolumab®D=:3

XS J)—-X
J i BAEBEAND

RERS DRE

(Kirkwood, J. M. et al. J Clin Oncol; 26:3445-3455 2008%& M%)
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£31 HOBRAIHT HEETFABIEREER IR
FADAICH T DiEEFEREEARGERSBIIIEL L

wEA
PAFEERPE  AEREE/IRIR BEF No5— HRRARE (E)
DIATSAB—T
III 1996/closed HSV-TK Retro B.Maria (USA)
III 1996 /closed HSV-TK Retro N. Rainov (Germany)
III 1997 /closed HSV-TK Retro J. Brotchi (Belgium)
III 2006/open Oncolytic virus HSV G.Cruickshank(UK)
III 2008/open TGF-b naked /plasmid DNA USA
III 2014/open Fas-TNF Receptor Adeno T.Cloughesy(USA)
Chimera Transgene
ErRalE
III 1998 /closed HLA-B7Beta 2 MG Lipofection JA Thompson(USA)
III 2005/open HLA-B7Beta 2 MG Lipofection NR.Gonzalez{USA)
III 2007/open HLA-B7Beta 2 MG plasmid DNA Netherlands
III 2008/open HLA-B7Beta 2 MG Adeno Dummer (Switzerland)
III 2008/open HLA-B7Beta 2 MG plasmid DNA Netherlands
III 2008/open GM-CSF, oncolytic HSV KJ.Harrington (UK)
III 2008/open GM-CSF, oncolytic HSV H.Kaufman (USA)
III 2014/open GM-CSF, oncolytic HSV HL.Kaufman (USA)
II1 2015/open GM-CSF, oncolytic HSV Amgen (UK)
SEmEHA
III 2008/open p53 Adeno Z.Shanwen(China)

( http://www.wiley.com/legacy/wileychi/genmed /clinical/
&£ D 20174 1 AER)

%32 HONAISHT HBEETFARBERRBR GEIHA) DD
FAODACHT SiBEEFAFEEARSRSBIIIHEL L

ERa
BASEERRE  AKEREE/TRR ET T — ARARS (E)
RSP LD AL
IIX 2000/0PEN p53 Adeno J Nemunaitis(USA)
III 2001 /closed P53 Adeno JT.Hamm({USA)
III 2001 /closed p53 Adeno D.K. Hossfeld(Germany)
111 2010/0PEN GM-CSF/oncolytic  HSV MR.Posner (USA)
III 2013/0PEN Endostatin Adeno G.Yoo (USA)
= U2 o[
IIX 2010/open HSV-TK Retro J.Mehta (USA)
III 2012 /open HSV-TK Retro Germany, France,
Belgium, Italy, Spain
38 i 85 AE S
III 2008 /open HSV-TK Retro Italy
BUXoI8amms
111 2009/open HSV-TK Fabio Ciceri(Italy)
= U A
III 2015/open RNA Knockdown /bi- naked/plasmid DNA M.Barve (USA)
shRNAfurin TGF 1
and TGF 2/GM-CSF cDNA
BBt e AR o i Al
III 2015/open Mesothelin Listeria monocytogenes R.Hassan (USA)

( http:/ /www.wiley.com /legacy/wileychi fgenmed fclinical f &P
20174 1 ABRRE)
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K4 FODNAERRELFTET L1 TCR EGFAERERKHER

IR E REIE AR~ 2E EE ST S
MART-1 (DMF4)/HLA-A2 &GREEERGIE 17 12% (RECIST) None N/A
On-target, off-
Gr. 3 skin tumor toxicity on
MART-1 (DMF5)/HLA-A2 EEBEREREE 20 30% (RECIST) Gr. 3 hearing melanocytes in
Gr. 3 sight skin, eye and
inner ear
On-target, off-
_ _ Gr. 3 skin tumor toxicity in
22100(154 162)/HLA ERMETERaE 16 19% (RECIST) Gr. 3 hearing melanocytes in
Gr. 3 sight skin, eye and
inner ear
EEMNTETRaE
NY-ESO-1/HLA-A2 /iRIRPSEE 20/18 55%/61% None N/A
NY-ESO-1/HLA-A2 S5 A 20 80% None N/A
Neurotoxicity
Metal status due to cross-
MAGE-A3/HLA-A2 fﬁ;&g " 9 559% (RECIST) changesand  recognition of
4 fatalities MAGE-A12 in
normal brain
Cardiac toxicity
due to cross-
MAGE-A3/HLA-A1 Wﬂe“’ BRI 0% Fatalities recognition of
Titin-1 in heart
tissue
MEENALSIEIEDIRA (Johnson LA et al.,Cell Res,27:38-58,2017)

£5 FODPAEXRELTT L= CAR-TEGEFAEEKRAER

5 7 UCEIRAER(CXF S CAR-T ERBREER

pop b y - =

(CAR £ #) IE/=EM BEN RIGE =4 SHEFE

Alpha folate

receptor (1) SREEL A 14 0% None N/A

83)171" L1-CAM g runm 6 0% None N/A

GD2 (1) FPAESS 4 R fE 11 27% None N/A

IL13Ra2

(zetakine) (1) HiERE IS 3 0% None N/A

Mesothelin (2) R EZAE /Dt A 1/1 0% None N/A

l(-le)szERBB2 PIRE 19 0% None N/A
On-target, off-
tumor toxicity

?;)RZIERBBZ ERTERERalE 1 N/A Fatality in lung and
other normal
tissues

KPEMRALA TR DA (Johnson LA et al.,Cell Res,27:38-58,2017)

18



x 6 XEEMEERRE FDAKLYFLEEMBEEZZIT=I74ILARE
(Alan E. Bilsland et al,2016)

1 VAR RO — =i MREE 18EF

G207 Herpes Aettis, Inc.  IosiE 2002
simplex virus

NTX-010 Seneca Valley Neotropix MEADWIER 2008
Virus

ONCO0S-102 Adenovirus Oncos thiEZiE, SREEDA 2013-14

Therapeutics B35S

DNX-2401 Adenovirus DNAtrix 255 hE 2014
Reolysin Reovirus Oncolytics ZZ5iE, ( BHA)
Biotech Inc. FRFRMEEEHA.
BELA.

SIEB A, (BEDA)

K7 REICHYT DREREHRRABRGR

T EFMN =M
Rk FEhRsC EEEERIRAERRS WEA i EEM (months) (months)
ercha o5
- al. Clin 0Sa
Ipilimumab Cancer Res. Phase 1 Advanced RMS 17 NA MNA
2016 sS
CSa
Tawbi et al. DDLPS
ASCO Ewing
Pembrolizumab [Meeting Phase II Advanced LMS 40 Mot reached  Not reached
Abstracts. 0Sa
2016 S5
uPs
Dendriticcell  [Herchantet
training, tumor C-a;nl:er Res Phase II Advanced STS 29 24 42
lysate, reinfusion 2016
Tumor cell
transduction with [S'arer9 St ASPS
GM-CSF, Ca Phase I Advanced 11 MNA MNA
ncer Res. CCS
radiation, 2015
reinfusion
" Ahmed et al. DSRCT
ﬁ:}gﬁ:‘“‘“g 3 Clin Oncol. Phase I/II Advanced  Ewing 16 1.5 10.3
2015 0Sa
MAGE-A1l, MAGE- |Krishnadas
A3, and NY-ESO-1 et al. Cancer Ewin
dendritic cell Immunol FPhase 1 Advanced RMS 9 2 1] MNA
vaccine (with Immunother
decitabine) . 2015

Abbreviations: PFS = progression-free survival, 05 = overall survival, ASPS = alveolar soft part sarcoma, CCS = clear cell sarcoma, CSa =
chondrosarcoma, DDLPS = dedifferentiated liposarcoma, DSRCT = desmoplastic small round cell tumor, LMS = leiomyosarcoma, 0Sa =
ostecsarcoma, RMS = rhabdomyesarcoma, 58 = synovlal sarcoma, 5TS = soft tissue sarcoma, UPS = undifferentiated pleomorphic sarcoma,
MA = not available {Dancsok AR et al., Oncotarget 8:7068-7093,2017)
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3. 4 EREREA

NGS %> iPS i EDEFHMBEMICE > TEAHSNEFHFARE. Z L TE
EFABEVOREREGEHLWVAERELIZRHICEBREAT SICIE. BEEEH
EOLSIC,RFERBIEERD— M EABEENSEH - FEEZRECEEL
TULWHELSTRELTENWEEhNnS,
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ACVR1/ALK2

activin A receptor type 1/ 44 Activin-like receptor kinase 2 BMP
ZRED—EEERT 52 VNV ET.BMP £EATHI &I
KUBRBDLTFIVEGET S, TVFEVALIL, #EI
TEDNTFIVIBEAGWN I EAM LN T, FOP BEEL
ACVRLEIZFNEEIZKY.ACVRL Z /U ED 206 ZEHD
TFILVEZUNERFOUICELRL. TVFEVA LDHEETK
EIEZAGEWNITD BMP ST FILERADEVNS ZEN. AT
IW—TDHRATHETHI, > T,

ALK B EIEF

ALK (anaplastic lymphoma kinase) &#iDEEF L DREERE
%

ASPL-TFES

Alveolar soft part sarcoma locus & transcription factor E3 fusion
protein ;B FDELEEEGF

BCR-ABL Ft&iE
&F

BCR (breakpoint cluster region) & Abelson tyrosine kinase M
MEEIEF

BMP

Bone Morphogenetic Protein (B2 /30 &)

BRAF £

v-raf murine sarcoma viral oncogene homolog B1 N Z £

Chimeric Antigen Receptor (CAR) T-Cell Therapy (¥ * S#Hi/R

CART SEREE T @RFuE)
CCR4 chemokine (C-C motif) receptor 4 (CC 4 EHhA U ZRIK4)
CDK4 Cyclin-dependent kinase 4 (Y4 7 ) UKFHEFFT—F 4)

COL1A1-PDGFB

collagen type | alpha 1 gene (COL1Al) & platelet-derived
growth factor B &z FDEL & ERF

CTLA-4 Hifk

cytotoxic T-lymphocyte antigen 4 (HEBSIESMHE T 1 2/ kiR
4) ik

DPC data

Diagnosis Procedure Combination (DPC) #EREND & STE
HE, IDPC1 E WS FEFRIZDOLTIE, OZEESEICE S 1
BE-UEEBMNEERIEZER T Si5E6 L. QBEBBHFELL
TOEHMBIEZERTIBEELNEEL. BEDFEWDITE
BRFEICT HREFL LSRN H o1, AEK DPC [FQDEKT
Eon-BBHTHY . IILHFHEDOEKREEFEFNLL, D=8,
XIEEE L TOH DPC HIEDBEFIZDLNTIL DPC/PDPS

( Diagnosis Procedure Combination / Per-Diem Payment
System) EMEXNB(BEEFBE HP L UiR#),

EGFR

epidermal growth factor receptor (R REFZEIEK)

EWSR1-ATF1

Ewing sarcoma breakpoint regionl & activating transcription
factor 1 B FDREEGF
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R

Ewing sarcoma breakpoint regionl & E bk Erythroblast

EWSR1-ERG transformation-specific B &E &z FDREERF

Ewing sarcoma breakpoint regionl & Fli-1 proto-oncogene, ETS
EWSR1-FLI1 transcription factor Bz F DS EIEF
FGF3 fibroblast growth factor 3 ( #R## SFfAAQEERF 3)

fibroblast growth factor receptor 3 (#R## SFHIAEIENE R FZRIK
FGFR3 3 3

=
_ . . e " 7

GM-CSF granulocyte macrophage colony-stimulating factor (FIEk~ %

A7 7—ya0=—REEF)

HER2 Z &K

Human Epidermal Growh Factor Type 2 (E k£ &R #HRSIETER
F28) RE

HGFR hepatocyte growth factor receptor (FF#ARBIEGE R FZEK)

GF Insulin-like growth factor (4 A VHBRERTF). 1 & 20%B
%,

iPS #aa induced pluripotent stem cells (AL ZREMEEHIRE)

KIT SRREFOL VX —EO—ETHHMREFZERR

MAGE-A Melanoma-associated antigen (* 5 / — < E&E#H[R)-A

NGS Next-Generation Sequencing. (Rt —4 22 %)

NKT #H#a natural killer (FFa13/)L¥5—) Tk

NK #HAa2 natural killer (FF 13 /)L¥5—) Hika

NY-ESO-1 NY-ESO-1: £ FAABRRED 1D

PD-1 Programmed cell death 1 (F B4 5 LI 1 2EK)

PDGFR Platelet-Derived Growth Factor Receptor (I/IMfg B SE 18 5E & F )

RET @& E{EF

Rearranged during transfection (RET) ¥F—t D@ EEEF

c-rosoncogenel (FOrAvaP—rFOL Y - AUNDE

ROSI %+ —+ ROS

T790M L& EGFR EEZFIVU V220 M 790 FEBEDAL A= (T) HiA
FAZY (M) ICE#SN- EGFRT790M Z&E

TGE transforming growth factor (b3 > X 7+ — 3 UV EEREF). o
EBHD,

TKI tyrosine kinase inhibitor (F B > & F+—EEEHD)

TLO Technology Licensing Organization (3 fii#ExtiRs)
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R

TSC12 EEAHHE
DRE

tuberous sclerosis consortium (TSC)1/2 DEEFEYMT. Th
5>DEBEEFICEEICK U BEHMEEILEZ RIE,

vascular endothelial growth factor receptor 1~3 (‘& N 5 #&5E

VEGFR1-3 = o
RFZEEK1~3)
VEGF vascular endothelial growth factor ( & A E Mg ERF)

40




BRI

WA H—
Ky B

FiE SEA

HONAXMEKEMRE FELE

BHENAEVY— EYEEN BER

EMERKRTE EFH HER

EiLNABREYE— &FLNAEVE— VAR

EEXRE EFWMARFHEE MK - FR:E - BERE HR
BEZHMER BlFE - ERRMERIOISL JOUVSLATALYE—
EiNARRE S — HRXELCS2— L£YHREHE BE
RRAE ENZEMRM 7/ LEHEIEF HE

REARE EHFEMRA AALIRERFHSEERRHM HELRE
RERKE VAR - BEEMZWMRR #HiE

FEKRE FR

ETEBEXRZE EZHEKREE (EEREF) HE
EIEELEMEEMRA ZTEeEHEYHERMEt Y- U5 —FK
EERIEBHREEREVY— BREKIT

AHEXRE KXZFREZRURAM KEEFEXR #HiE
AARERRKR Bllkk Y-t 48—k

RREHNEHNAZ REZERIGHILHRBEETEL 42— - EREEE

MAMIITBCEAN RTiImkEHE EER

Offzk. ORIBEER
TR HZERER (BHEER) hoDSMER
(E+EIE)
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