ALEXION

ZVAY Y —R (HAFER)

2015410 A 30 H

HoE BIR AL
TVIIF 7y —<EREtt

ZOBENE, TVvI vty s Tr—~ia—F 4 ANV R KEaxFHy MIF v —) 2320154 10 A
23 H (B ISR LT LRV V=2 HAEWRT, 2B E LTRIET 2 0T, ZOR%E
BROFERIZOWTIERSIT VAV U — ARSI ET, KX 1A Y U —RE hppt://www.alexion.com
B IBELITES W,

FDA 2N EREER] - HLIRH - BHEHBIEDE R R T 7 ¥ —¥iE (HPP)
BRELL TR U Dy s (TAKRE—E TAT 7)) AR

— Az 2 R D TR 2B PE IR B TH % HPP O S AT 5
KERIOTEFRHE & L TR —

2015410 H 23 A KE=axF Yy MIF = v —- (EVXATUASY—)- T LT TF -
Ty =~ a7 4 /LA (NASDAQ : ALXN) 1A H, KERMERMF (FDA) 23 EFEY - 1
VR« BAEMRIEDIRA A 7 7 # —EBJE (HPP) BHE ZAICKT HIEEIE L L TA LYYy
0" (g TARE Y TAT ) BARLEERELE LR, R MUYy 23
72 BER A FE L T *lfﬂ@f%géhtHW%%éh_ﬁTéﬁﬁ%T¢ HPP |4
D T2 EBHEITHEOBBHERBMEEETH Y | BE SADBERO FIRGRE IR e %
FIE L, M E I EM 2T AHEZ ISR LET

TVITF DT E Y KNG — ViR E B ITRO LI _XTWES, TA Loy
v 7 DA TR SN2 & T, THE THEBRIBIRIED 7270 o 72 HPP (H S AUITIEH 1T
BRI A BB CE 5 2 LI 0 £7°, HPP I3 TR BB ERE T, #IE
TIHEHETICEDZ Ebh Y, FRAEFL TV IBRESAICHIEA B EEZ -6 LE T,
KEDORMSTEIC, 18 AW TRIEL A ML Py ZIZ K DIBELEZ T~ HPP BE S AICE
WTC, SEENREREOIRE., REBLIOBERE)OUE, S HICHIRICBIT 224 5RD
M EDFRO LN Z LIZOWTORHEHMA R INTZZ SITEIX LW & T, KED HPP BFH
A EZEDOEREICZ OBMMAERZ RRICBBIT TE 202 0Fbic L TVnET,

BROFBAEERMTREE S MA ZADY 2T A4 F =X« Z G MRS R E - 4
F-HF%E+ o % — (Center for Metabolic Bone Disease and Molecular Research at Shriners Hospitals



for Children) DAT 4 )N e YA T 4T 47 TALIZ—=THDLVA IV HRTA |
E#fE L (Michael Whyte, M.D.) 13K D L 9 ICIRRTWET, [T AKZ—F 7L 771E, #
WRIERF AT VA VAR T 7 X —B LMHIN DR O KRB L, BEENE U CRHIRMICH TR
THZENTEDD, ZOHPP BEIALZTD IFE, b WNCEREREIC L > THE
BARTE T, IBELARTIIE. £< O HPP O A RCFL IR IT S A EE T3, R R4 T
%_ﬁwiﬁoikmemwi\<6W%ﬁ%@%ﬁﬁ?%$5ﬁ“ﬁ%%@i# [HEYZS
AR Tl EERIERO S 72 HPP OFIERSCILIRICIHE N T, TAK X —8 T7 7 DIRE
%%Hk%%éh?@1%®ﬁﬁ?w%ﬂ$ﬁbfwiLkﬁ\%fﬁ%$%éhfiu%
TL7z, TARZ—E TA7 72 X H1EKIL, BlRR CTRE THRICKATHETI, K
DORER CRFDREESR A BHZFICKE L CWET, TAKRZ—E 7L 77IC ié%%%sﬁﬁ
ZAT TSR D HPP FBE S AUICB W TERIEE DA ERBGENRRE SN THE Y, £hiZ

L BB ERERBEIRE ) DUGEZ R L, &<®$%éhﬂﬁﬁﬁ@@%%®mﬁﬁlm_
HEWOIRRENRBOONE L, Ok ) RERIIEFICELN LT,

HPP X, 7BV AKRAT 7 Z—BIEMEDIK T & BAIKICARRZ R E T 5, D Tz igE:
ETHEOBEMERBIMEE T, BOER R EOFEKEE oM, HEOH KT, FWILASRE
B, BIRB L OMRGEARE Wo e 2 EAIHELZ AT, LWETIHREECICELZZ b H
0 F9 1 HPP IR AT 100 T ASH T2 0 OBREED 20 NITHliT- /2 VR E L CERS LD E
S G

Soft Bones CK[E ® HPP 2E ) DANIE THVHEREZHED LT AT > v 7 1 71K (Deborah
Sittig, President and Founder of Soft Bones) XX D K H 2R TWEd, IS5 HIZHPP DHEE X
AR TFERE, HBHERIZE 5T, P10 TRFEEPERB INTZEETRE BT, 2RI
FEDTKFRIT X > T HPP OFBAEE A A L L BB ASElIZ e S IR R SGET 5 2 & T

BESAVEZDOTHFEPEEZZT5Z L2 MFLTWET L,

FDAIZA MLV Vw7 2T L—7 20—k T E— (BEHFIEEIE) ([ZHEEL TR, #IE
BICHEASWTEKRLE LIz, AFEIOKEGRE &I, FDAITAD/NEREEBIERE T F v —
ERITLUE LIz, ZHUL, K%ﬁ%i@%%ﬁ@ﬁ%kﬁ%ﬁ“%®ﬁi®%n$ HEEAT D
FRCEEREZZ T DM TELHDTY, M/ NUREBEBIEEE Y F v —IL, NEA
mr$®%%%%%@k@®%%&$%%%@%%%%ﬁ#ét@@fuf?AfﬁoX%
LUy ZIEERINGES . BAR, B FHXTHER SN THET,

BRERT—4 '
KENZBWTA ML Yy 7k, JEES - URH - BEBIED HPP BE S A ZX5HR E LT
WET6E#®&5%HOK\40@%mﬁﬁk%@ﬁﬁﬁ%#6%%htf A % FE K
Dlh éhi L/f\_o



JAPEH - FLRHIIED HPP BE S A (B 1 B2 D 6 42f5) Tik, RBEOEKRAMF A G
DR REFRE L LT, A LU Yy 7 B EBEFIBWCRAEFRICARRUEENR
OONE LI, BT T2 -~ AT —IEIC K OHEE SALTE 48 MIRF DO R FHRIT, A LY
v 7 PG BFERETIE 97% (n=68) Td - 7= DITxf L, BEAFxI IR A BE TIX 42% T L 7= (n=48),
51T, NLMERERRER COHEELEGFRIL, A ML Yy 7 RHEBERETITI96% (n=54)
THHTDITH L, BFEABEERETIE31% TLE (n=48), £72. A MLV v 7 DR
B T - BE S ATV T, RGI-C (Radiographic Global Impression of Change) % F VN TaFAfi L
72 HPP D BYR A D EEH R ER N Z 2 a7 2 MWl L= & & & IRE OB G 3R
bIVE LT,

EAFEHIRAE D HPP BT S A (6 1% B 12 15%) Tl RGI-C Z VN TRRAM L 7=/ 5, 25 24 i C,
A MLy 7 EGBERICBWCBEFIREERE L iR LT, BHRRAICH B BEN R
ENFEL, BETNXT, ALYy 7 I DEEEZZT =20 (n=8)TH 554 # HET
\CEEW R EIREDOIEA R Se—5 T, B EERE (n=32) TOREFHIRY To
FERRBIRE DR DNTEIE D 6%12 -1 2 & T, &5z 237 Z W TEME L
2L A ARV Uy ZERGEERL. RISGEOBAENREERICH A, R ERENY
mu., BREEBERENICE L CLSEENRROONE Lz, o, X—RA T A VEFIZIER 7
BERE) R DBE S ATV ETATLIZR, 6% 4 FH £ T2, 6 MBI TIRE ORI %2
ST TBFEZAD 100% (n=6) THRI, Flivds L OE EA3 A U Voo B 5 #EPHN 04 TiE
BiEA Rk L E LT,

FRRRBRIC I W TR b L < G SN A EFERERIT, RIS T L., £OMIZEh-T70
AEFRSE, IRIIRERIE, REEAIKIE, 7 LAF =GR ETL,

EHRRI 742 —EHE (HPP) [ZDUVT

HPP IX, 7AW UKRAT 74— (ALP) EMEDIK T & B AIKIEARE R E T D, WD THi
IR MEETTIE O BB GHIMER B T OARE OB EE O, BEEOH VKT, i
AR, B, BLOMRAEE W2 HEIHELZ AL, LR TITRECICELZ b
HoET T,

HPP [ TR IERF BAL T L U AR A 7 7 Z—F8 (TNSALP) EMEEN DR DELE 22— ROE
FNFRTHRIE L LT, ¥ HPPICRK T 2l T REE TS 5P DEMEOBE S AICEEE &
IFLET, 1 HPP TR BN FIERF ORI X o T S, JERER - $LIRH - FHAEHISEIE HPP
X 18 AR CHID TRIE LT BB SA L ERINET,



HPP I, 4Elina BT, B S ACTEA e 82 RITTAREMES H 0 £97, ' AARBE R
BRICE D & A6 » HARMEIC HPP 2 385E L7 LI DB C R 135 < L5 mkF D21 RIT 73%
EHESNTVET, P20k RBHEIAOEEFEITE L LTHERAETY, ¥ BHE
HIRIE CHEF L TV DBE S ADOYE, BRI ERRAERIEIC X, FRER L OVEE L7
WEHT, BEEOH KT, EEOER, 720 WNNCHER . BT L O EOBR THiBhE
PV L SN EESREDREER ERH Y 4, ¥

ALY Sys (FPRIE—HE PLTF) I2D0T

2Ry s (FAKE—E FA77) 1%, TNSALP DKIEHH = 212 L D HPP DIRA
B 72 IR RIS % FERICEFTR 7 2 A & - 2 BRI FRIE T, 18 1A TR C
FEIE L7z HPP BB S ADERIKRERIZIH N TIL, A LYy 7 IC K DI TR O 2AAER
WEL, BOAKIMEESN, R, KEZ L BB IS EELE L,

ARy ZIFRINES, AR, BT X THERINTWOET,

EELGRESMER

ARV Yy I BIEEEZTEBEIAMMIBOTT VAKX =SB HE S g,
ERRBRICIB W T, A ZITTCBEFEI A9 FIF 141 (1%) 27 F7 1 7% —BE Dk
i L TERNBO BN E Lz,

ARV UV ZICRDIEREZ T TBE I ATBW T, B HRICHENIZENE, IEMIIERSE R
ETER LI RN S AR TIE DS ey SH TV,

HPP B S A TIX, BFMEAIKIIED U A7 RNmE D £77, BRRBR TR, ARLRIRZ &
DHRDFEFTHEAIRAL R KO AIKALIEDS 14 6] (14%) MESNTWET, T—FBA+H5T
bH I Linb, ALYy 7 Ofh L RFTEAIKL L ORFERITARHTY, HESEHEK
REDZLITIE STV E A,

Kb ME SNTAERFRIT, BSOS, IEIREEE, BitEakib, 71 ¥—
ST L7,

FLOIFHUIZDONT
T VI UA T, BERAVEBRERZ D BE S AOETEE L SE HIRREORTE LRt
FENT BT 0— Ui AR, T L7 AU, B 2 >OMA D IEBTH
DRAVEMER I ~E 7 1 B VRAE (PNH) 36 X OFEERE MR BEAEERE (aHUS) DIRIRIE &
LTHID THOME— RSN TV AR ER Y VU 2" (=7 U X~7) %L, fERE
LTWET, MiRLEERICBIT 70— —F—L LT, TV7 v F it othoEE

4



AV DRBEIKICK T 27 U X~ 7 OBIEREIC OF i/ &, JR#ie 7T v N7 4 — AR
RIZBWTHIARBLESE AR — F 7+ U A O(b EIEREZHED TONET, T L7 oA OfRGEME
T F v A RE, AR T 7 4 —BhE (HPP) ODBRESADIRFERTHHLA ML LYy 7" (T
ARG —E TNTy) LTA4 V=AY N—B KRB (LAL-D) IZx7 5 Sebelipase alfa
LWV o T A T B RO BE S T 5 2 oD IR T BT R B R SRR A A
LCWET, 512, T L7 v uid, BEEOIREERIZ Iz 5 CEH R e R 2 e
L. AT 7 7 n =80 T RERADRENA T T4 2 ERESETVET,
AKTVLAY Y =R LT L7 A BT 3250 Tk www.alexion.com. (3558) 4 Z%< 72
AN

FFEF R - T B0

KL XY Y =X |21, FR 77 52— HPP) IZXfT S X L2 2 DRI RS
HGNFEZ > ST SFE070 8 JFRE TN BT 5 a0 F EFEn TOFET, JFETHICE
TS AbIE, FFELNC L BB, S S DB LD ER TN B TS b T 2
S DFERIS L OFHE & R S AREMER S D F T, S 6 DEXE LT, HPPIGKEHEE L T
DR | L2 2D LN T3 REARR F 7 1T KL RIZ B TS B2 el DIRAE, HPP
JEIEFEL L TDR P L2 ZIEK] L COF 0 R BERET) DFAL & A > 7 F D DIFE
I, BEERFRDFGTRD 6 L VD IN ZRERBZLEH TD R | L2y 2 DL E HENEIZB
T SRR T TE LV EFEIE, F=Z Dt (BHHER L E) X p L2 2 D
(KL T RS BE) R P2y 2 2T SEEHDWEEE R L2 2 5
H TS BE DI D H IR BT B P IERER Y X2, 70 6 N K [EFZEARIR G ZE A 212
T2 A R L TR D T Tl # L e X FXE R VR R ERBVET, D
VR 2IZ)TT 12 47220201546 730 H IZH X1 72From 10-QUY-FHI#R & ZHIZ7l# L 72 V
RINZRESHFE A, T L2 20k, ERICEDEZZHENECEGEERE, DR
FHNZ BT B 72 BB L, K7L XY Y —XDIELEICTENL L T= B E 2 1F N & 7
B TIENLD VD FE WA,

SEXH -

1. Rockman-Greenberg C. Hypophosphatasia. Pediatr Endocrinol Rev. 2013; 10(suppl 2):380-388.

2. Whyte MP. Hypophosphatasia: nature's window on alkaline phosphatase function in humans. In:
Bilezikian JP, Raisz LG, Martin TJ, eds. Principles of Bone Biology. Vol 1. 3rd ed. San Diego, CA:
Academic Press; 2008:1573-1598.


http://www.alexion.com/

. Whyte MP, Greenberg CR, Salman N, et al. Enzyme-replacement therapy in life-threatening
hypophosphatasia. N Engl J Med. 2012; 366(10):904-913.

. Seshia SS, Derbyshire G, Haworth JC, Hoogstraten J. Myopathy with hypophosphatasia. Arch Dis
Child. 1990; 65(1):130-131.

. Baumgartner-Sigl S, Haberlandt E, Mumm S, et al. Pyridoxine-responsive seizures as the first
symptom of infantile hypophosphatasia caused by two novel missense mutations (c.677T > C,
p.M226T; ¢.1112C > T, p.T371l) of the tissue-nonspecific alkaline phosphatase gene. Bone. 2007;
40(6):1655-1661.

. REGULATION (EU) No 536/2014 OF THE EUROPEAN PARLIAMENT AND OF THE COUNCIL of 16 April
2014 on clinical trials on medicinal products for human use, and repealing Directive 2001/20/EC.
http://eur-lex.europa.eu/legal
content/EN/TXT/PDF/?uri=CELEX:32014R0536&qid=1421232837997&from=EN.

. Strensig™ U.S. Prescribing Information, 2015.

. Whyte MP, Leung E, Wilcox W, et al. Hypophosphatasia: a retrospective natural history study of
the severe perinatal and infantile forms. Poster presented at the 2014 Pediatric Academic
Societies and Asian Society for Pediatric Research Joint Meeting, Vancouver, B.C., Canada, May 5,
2014. Abstract 752416.

. Whyte MP, Rockman-Greenberg C, Hofmann C, et al. Improved survival with asfotase alfa
treatment in pediatric patients with hypophosphatasia at high risk of death. Poster presented at
the American Society for Bone and Mineral Research (ASBMR) 2014 Annual Meeting, Houston,
September 14, 2014. Abstract 1097.

KA B BRWE YLD
TVIvA T r—<FEEL 2 Ia=b—Ta U
TEL : 03-5795-0740  FAX : 03-5795-0765

Email : Info.Japan@alxn.com



http://cts.businesswire.com/ct/CT?id=smartlink&url=http%3A%2F%2Feur-lex.europa.eu%2Flegal&esheet=51207830&newsitemid=20151023005892&lan=en-US&anchor=http%3A%2F%2Feur-lex.europa.eu%2Flegal&index=4&md5=1156f971c1b6deb1829027e6c1f01c83

