E= 2

ERES

202658 1ERL
MRCP-UX007-01117

ulTrogenyX

FoallezlRAsN%
BEIALZDIFREDA A~

Kb BE %4«
SRREERERAS INERSHE 5T

‘/m b
N

Ultragenyx Japantk=®&4t



(XCHI(C

REEHBRABHEBE(LC-FAOD) DEE AR BEIHICESENDREH
RERREED S 5FLL IR F—ZEZ BN TERVCHEMBECHHET
BREER)IEL. HEICALZZRUDEFZBVSNTEH UL RAMR
BEZIDCENTET . BESAPCRIE. ZUTERRBLRFS K
LTERT T,

UHhUIEERATE EERADBEENMEZDLDICBVELZ ZNH
[RTa)LE]TF,
RIINERFINETOBEEDPEEHE(MCT) &EEEAN . . SENDS
REDEHDEHTHDENS. LC-FAODDEBZIADIRILF—D
HRISHLUT2DORETO7 S O—FHRFINTLET,

COMF TR RIINEDRESEPERAFICDOVT H>THERL
BHREFEEHTBNILTWVET, R ETOEEZIBHBRIPEEDIC
DOHSBNCENHOIEEF. COMFESEICLTHTIZS LY,

FOBEZEHRITTLBRER/IAPEICDOVTOASHENIER . FARIC
BOENHBIDELNEFLBA.ZFARBIEEF. FELTVWARIEDEEE
B AT . FEHIEHIC SRR IEE L,

COHBETOBEN . BESADKRKREZZADNICHDIZEZE>TL
7,

MCT:medium-chain triglyceride (P##RERFEEN ) 71 UR)

Kb RE %%
SRRERRERAS RRISFHE g

INDEX

REEIEAHEL{CHR BAE (LC-FAOD) &(X?
EARTRR?

EARIATH HBD?

EARTEIRD 2B D?

RFI3ILEXEALEE?
BaslltoE
EDLHWRAT50?
1BDIRAEIZONT
1QDIRBENITE H X

KRB EICHTEIETHND?
IRAADLHT1X?
RBMERETHLEEIERTIBRDERMIIOWT
REBM~DREHE

2EHDH
BRYIRVDEB S (3?
EELTEREEIRIK?

(@) o 0 > D

O 0 0O o O

10

14
14
16
17

12
20

21



REEMEAHBAHR BAE(LC-FAOD) L (X7

B DEIEBE . BN ZDBLTCIRILF —ELTHRATRCENTEET,
LD U.LC-FAODD A(F BEREED e A TH [ REHREHEL | Z 0L TIRILF—(C
BRABENTEEEA

BETEINIZN. A ARG EH. 7y YR EICSENBEHOKER D S REERN
BETT . EDH . INSZBNTHIXNF —(CERBENTEY. LC-FAODDAD
RFIRILF—REICHEOTLEVET,

‘.ﬁ ~ —'
ILK \\
N
oo
REEEAHEEZIBENT S
BESADSS LC-FAODDADISE

IRILF—IC IRILF—IC
TIRTED ZTHRATEELN

LC-FAOD : long-chain fatty acid oxidation disorders

LC-FAODIF. &EFEN DEAENDDBIGFICEENMRI > TRENDELEH HB<EST
WBZETRCWFET . BRI TWBRBIGFICKO>T.CPT1(HAILZFUNILIN
WSO R T7S5—E1)RIERE.CACT(WL=F > 7Y NAN=F U NS> ZAO0Hh—E)
KIERE.CPT2 (A =ZFVINILIN NS> X725 —12) Ki8%E. VLCAD (iR 4
7L CoARKFREESR) RIBME. TFP(=5BEER) NIBAE. LCHAD (R#i3-EROF>
7 I CoABKREER) RIBTEEN6I 1 THHET,

LC-FAODTIE. ZENRBRENRL G- IE. A EEDRTICH Do REERED
BEZUERLREICEOBRO IR F—HDAREITIENRRE T LU FOISBERD
X BE AN ESC S

FRAER2

FHERAEIR Whe——— O MEREOER

| HEET - {BRE R (TFPD/LCHADD)

- QOLOET TR A

- RAYERFE= (TFPD/LCHADD) - B EKRBE.DLEHDETR

e | 4 TR KEIR

PO REIR s |— DROTER

AR N MR A (BB (U A - RS KUY F T (AR
S UADTA—) IDVERAE

- FFEEE (MR T7ISF—E LR, - DERITE
FFREXR. &7 > EZ 77 I4E) —0 DA E

- SR RERRE - NEER

SIEHIANF—DEIR ——»

- BHETHERET) —— © E{EZRDIEIR

- BN - B

< BRI < LSRR

- SESERIZEOBEERIRLE (CKER. - BATRIE

AT OEVERIE. 2 ERE)

LCHADD=R#H3- RO+ 7 )L CoABKREERIBIE; TFPD==SAE¢R RIBAE

1) Knottnerus SJG, et al. Rev Endocr Metab Disord. 2018;19(1):93-106.
2) Merritt JL, et al. Rev Endocr Metab Disord. 2020;21(4):479-493.



RUIIEIREALLE?

gLk -6%
LC-FAODD A (. REEREAHEEZ AR T D EN TEF AN PEDOEIHEE I DAL T BATIEICNETERRICHZITFYYATIPN—LARHEEDSHE - £ SNz
IXILF—EULTESCENTEET . ZDHREIEHEOH OV IICHEEREIHEE MBEEMCTIUNBEICEDSCENTIEFEATUEN. 2026 FEHNSKEDHN 7E
(MCT) CIRILF—%=@{iE I DBEETVET, DEEIFEE (N T B) B B DN o= [EFHEMCTI DR a)LEEGBREICEDSCEH
BEDEOHICIRAITAIMCTICIE.SENTVBIREZEDIH 61E. SE. 10{@%x BN LGS e R S
MBEEEMCT EHFHO [FHEMCT DB IET, NIATI/ANETORDESIC2DDRET.LC-FAODD ADIRILF—DKHE%
EEIT2EEZISNTVET,
(BEEEMCTAIRILF—ICEDBZHN BHEMCTHAIRILF—ICEDBHN
B) RERE A SBOMCTOHE BI) KO ILE (REAA TEOMCT) DBE P
| | | | I REN2D0D
I I | RENT | I FHFILCOAE
I I I REN2DD I I REH3IDD
v v v T7EFICoAN v v ZOEA=)LCoAN

V2 T AV /oo N

L 7EFINCoA TFEFICoA FTEFICoA FHEFICoA J L 7tFICoA FtFILCoA J “OE#4=JLCoA

TCA TCR Z72=JLCoA

1IN 1IN

B
ERERSERAY RS
I*)l’=\=“_ I*)l"\"“ - : - iﬁz}; x/;ﬁ:g ﬁ;

B# BH OHDB KL



EDCHWRATS5D?

RYINERF BESA—ANVEVICEDEIRAENRESNE T,
(BEEEPEERERLEE (MCT) ZBRAL TV VW BESALBHEMCTZERTOERESA
T ATDORIICHRATIEZRELTT

ZUCRUIORAEHNSBERETZEF T IRAEZA LI DIBPLTLEET,

BEEEMCTZ BEEEMCTZ
RALTLWRWVEESA ERAPOEZESA

1
¢ v EB5h

v

SN0RE SNORE
1H& =W HAH0O)—BERED10%% BN EBHEMCTOIHOIRBEEZEE
KTaL ETRBONET, R ORT L EIRELET %,
|— 10%
EBHEMCT —p
X BMEEMCTERY 3)LEEHETZH5E60HET,
ZFDHBEE EEDHIMTEIERICRED T T W,
jes o
gPL7 185 OH0)—BRECHTBRSaLEDEEE.
25~35%ZBEEELT2~38IE(C#95% T DENL
I
X IBEIADREICHU TEEENEERRE CNLUNDEICERETZENHUET.
2~3H &I

EEMCEFIED SERSNZ1BORAEZ4E(Co (T TRALET .
RYINERBRRDEF TG RBYICKIEE TREE—HEICIRALET.

X BESAORECRU T BH DRSO 4B EICLT 1 BHDRRASEHST CENHIET,

Ra)LEDT1HOIRAEZE(mL) + 1BOIRALIE = R¥a)L.ED1EINIRAE (mL)

RE/NI—> D —1l

- SHNDENDF

- 1B =W nA0)—BEE(F1850kcal. ZNDSED e
25%%RY3)LETERYT S

s R¥a)LEZE1BICIRATSE(E56mL

- 1B40NBEGACIRA.BI(FA.HP DD,
FIIA) DEZITERBYITEE TIRA

1B0RAERE | 56  (mL+4@m)= 14 (mL)

. 14mL 14mL 14mL 14mL
BETIRA EETIRA EETIRA EBETIRA
v v v v

F517 3 EAC(ZA BZ3A H¥PD (3 A mE

| | | | | |

I I
\ | U4

-@-= %

IRADUZXLZZICDFBIDICABFOERTHENLTCWVWBIRY L ERAS
77— ICIRAIREZSECRLUTAELL D,



EHRAD S EICHTEHETHIN?

EEEEAEXCIEFHSEMBSNBIRYINEEROHER7 7t —&.Cho%
AVWTERASHEREZT) BIEITHECOVTIBNALET BB RValLEZ

FHD SBETRICE. RUZFL 2 ORUEILE =L (PVCO) ROSH BNy TH( e e AR s e

3 BROTLIZE LY,
ERLAVTREE, S
ML AT VRN TS TI—(UTF: 79 F9—-) %
STEDEHDOT7I7H1)— BALET,
7,
| ( \ XEOTTTI—BEH B )S VERRODICELADTE BRI CERUHT S ERTES
. BETY, WA BB ORNER OO TEBYEL A
A S e i A R o e A N e [ e, i, e e e e e R -l A e L e oy it i = Ul
‘ RELT7TTI—* y
| S R < e 79 TI—EZHD LiEEAUBE LB BETIHLIAK
ZUAGCERL RYALE % EXE
ERUHTCENTERTY £
| etl—Cds 5 MEHRAEINAVESICREDFTLES W,
- ) SY ik £ osmmuyLy MR ERIEUL R, 75 79— NS P F vy PR TRE
BRI OAERLET,  JA-

R<3)LERERKR100% LU RIS U T E T

FHRCSEDH DT 7 H ) —HAHEL TV ST BRI PERIERICEE L TS L,
SEDIHDT7 7t ) - BB BOIIFED  ERTPERIENISHER L TIEE W,

FEACREL. BB TEZRLTVWDSCE BREUN
TARND EZHERLET

ROgIEER77EH)—ICOWTHESS EIDF vy TENU TI TI—HNEREBESNTWVEE
ZHEER L C<IEE LY,

KADBDBEIEVWECSTEFHRAMERLBVRSICLTIIESL
RUIFL > (PE)F@RUFOEL Y (PP)ICT7LILF—HHBI5E 3ER

B TESHREICEIS Y. SRRV WUT )Y
VDR 7 TI—CELAATIEEL,

LBWLWTLIEEW

SBAFHILITCRKEDTTEILY B e e L N ke vo B R S s s e S

. E;E’G‘ﬁﬁﬁﬁ%\ \ ) \ ST DTITVv—((RUE)E

« RAT3EEMEBEL(TIRVL EFTIZEE L 2l=x FHTRY ILEERL EH.

« RIIWVEDEREICHHIHEST . EBFL O TIELEGN SR a)LEEEICRELET. C0 :

R TICREZ DTS BIEERVIRL. VIV PRICTA E

« BHHEBEUVBW(TSIAFVIBDHDERTEDHZNHHB=6D) HRVIRRBICL T IEE L, T‘

- BRI TIHDAL | | )
F52 AN BBBET

(BU%) BIRY



TITv—(RUE) R BTV TOED
EETER U TS0, gl
VHTERTBIEEE. KEKCEKIEZED

BV TRLT T EEARGZRESETLESL

QBB L BT SR EETEEL /\
"""""""""""""""""""""""""""""""""""""" TWBCE. BBRYNEAERNDC S AR

F52 T r—(BLIE) EDo< W EE|E LT (sﬁg‘ﬁﬁ)\ 3 e

EMCRATHSIETSNEAROBEIIE gip = R SR

75> Vr—(BUE) DOU> 7 (BLTA NV ot PAPEREE SR

RS D G R = e e e b et <o IR\ [ R e e R L e e S e S e e e = s S s a R e - <

XFHBYDTERTZEEE T Pv—EBLE) DU P DEDP THUR
SNBCENHIET TDID. V)2 PERRD SN T E T T T Dv— (L)
DAIBHAEIDEVESITHSZ TS,

EEIPCERIEIHASIERSN/=HEDBEE
FCEIRHASRIINEEFEANTEE L,
géi

U SETSFI—HERUTRS N, Q SHENY T OBORI L EINT EE
' BFEEFRECHIT. LB TRALT

Ii <IEELY, Q
I |

Ui
Ui

A DT ZANMIRZ )L EICERTIRERBEN—AI T, RPa)LEICERTRE

TS5 v—(BUE)Z <KL TIFET EEIP BRHICONTIEP14-15% S SRS,
FRTH SERSNEAEEINT, LB AL TN e et S e S S N e B e
RARICHT T K<EETIRALTEE L, 5% FERZEKEKCEKEGEFEDGL) TKL
£ FTFOTEELY,
FARRIBEARBRIET. ELEST
0TI LSBT, K3 RATRMIN TS ([SERBIBRICERELTLEE L,
P14-15ECBR<ESL

FERREKEKCEKEFFEDGEWVW)TIITE.2DIC
PELT (T I+—(RLE) ZHEEMA L TH ST
<IZEV, AFREEARTZRESE T ERELESTIC
BRGBICREL TSV,

60ENERZH EICFHUWTERI > PZFERLT
<IEELY,

STEREDEMICOVWTIEIRAEESADESH DI THAN El
(https://www.dojolvi.jp/patient) DEIEI[R3)LED
SHERE|E CSRBRIEEL,

s O]

DITHAINITESHS=»




AREBDOLDLT=(E?
BRBYMERSTHLEZIERTZIBTEBDEMICOWVT

BEANDEIEZE(T21cH. RN ERFERDFETRILEL RBYICISEE TREBE—H#
RYalEZBERICANDRIC. B
LTLIES LY,

M TTEITVBRIDEMENT HERL TSV BED

(CARALET,

S DBIE TORICECHUEUIC. BEDELHPCCESZSEICLUTC. ERHTREGSHZER

RUZAFL 2 (PS)RRVIEELEZIL(PVC) TTETWLWBRHDICRYa)LEEfINSE
RI)ITFLFL79L—MPET)ICDWTIZRY a)LEICEN T

SO DR DREMN

BULWTLIESVIBIITLEDHZENAHIFET,
BEESNTVRWEDERZEHETEE B A

ERZUDZRD

. A FHMOREMN
BITLESBNABIET e
RIURFL> RUE(EZL RIUIFLOTLI79L—b
(PS) (PVC) (PET)

- BREH
(EEZIAN VLT UEINGY DA
ILEEERIDORNL? &)

cBREANAD
(FL-BROFEVETERD .
YA RT—29BE)

- NV TESH

<SHERVUVIEEHYTSY

.

BE

- ESHERIUL I EEBHY T
CTA—FATF AT
« SYFTILLD

. 25329)

- BREH
(mE-mE-IL—Y 959
T—FOAES. FEHY )

- BRRL- P KB EDEES

(WyRRML)D
BE
m [ -

=N B

1) BESSRAFVITESER FIRAFYIERED CAICERTIRAF VY https://www.jpif.gr.jp/learn/pamphlet/ (20251181882 R)

2) BRTSSRAFYITEER FSRFVIEZED FARNTHEDTTRAF VY https://www.jpif.gr.jp/learn/pamphlet/ (20251181882 )

3) INVIFR BRBBOMEICZDWVT https://pack-depot.com/article/pack-material?utm_source=chatgpt.com#22(2025% 1181888 R)

4) REFLEHRARE FIRFYIMEY )2~ 3> Navii 71 RAR S —>
https://www.tosho-injection-molding.com/product/9/?utm_source=chatgpt.com(2025%118518HEMR)

XTI —T1 7 Fa— T REFCHEEB PR CEERETIHDETT. ONSBNTTHERELLDIEN TESRVBE(C. EFOHM CEONET,

AFILA A5 RUILI> RUFrOEL> (PP)
- B8 - BE° c =TT F1-79 | -FHEBRAIIVIHE
(927 5= Rl &) (TSR AN 12&) e Hy 7S
TE B - BHRBH
- o QY7 R 2E)
PN BmE
/ £
L
O P
BEERVIFL> REBE Sy
(LDPE) KUIFL > (HDPE)
* YT TOLLD - SHERI YT - B3 » I=FATFa—79
fd:&‘ R /\\\I\)IJB) (:I“J7°\7ﬁ\"7)l/ 73&‘)9) t;e:“
- BH#BR"
QvF AR 2E) / )
y » a2 | @ v & »

5) RY3)LEBFRX 20265584E] (552h%)
6) IMIATEUA N R GBEHli T R AR AR BB ORAS https://www.nite.go.jp/chem/shiryo/product/dish/dish3.html(2025%1 181885 )
7) Medical EXPO:RUIFL > > https://www.medicalexpo.com/ja/seizomoto-iryo/kiwado-60306.htmI(2025% 115 18ELHK)

8) Medical EXPO:7/RUIFL RN https://www.medicalexpo.com/ja/seizomoto-iryo/kiwado-45043.html(2025%115188BER)

9) UyFII : ho1¥UI—2BEBI—X https://www.richell.co.jp/lifeplus/special/baby/tlisilicone/ (20254118 18BEHR)




RIa)LEICDWT

BREM~DREHIE prac@ L8]

RIIINEZRATZEEGESACBMBYE LT . HFBEE B (FRAZHELET, Rl E&EIsEEILIc Y35 E

“ HmASEH A % R g)LEIC{ERATIEE
BHFRM(P14-1581B)TTETLS
O ERBYOHI* e fv‘:yTWDL\t#?h)LU&‘w{’ééﬁlc
- HASRAEL / - AEETS
- B|isEa—7 LN '
s ERBMAVRYN)TI
Al

s RABIFALE I LIS £0 5% RBICLIAF L T AF 2~/ T—
KA CE SRR F BB EEOFICL T KE BETHRIEHAL SEHEN TV SR EBALT BRI
DFIXBCEMSINT S, MIEHHT RIS —

TN EREIA RN DTN EBNLTNET,

9 EERAICRINEZNZET.
- N NEVAAE: AN RN::{: )R]
O RYalEZBSUEBBYIDIRTZ % o
KAISFWEIRREBICRUETD,
s RIIIEERBYDEEYIE.RTaLEIC
WIHUEEBRICANTSEE TCEA2405R :
FTCRETEED, .

ARFR BRARYBAREYTIRICHTED 248509
—E. LRYTEE L,

- R 3)LE EBREYDRS Y E 24B5RLANIC "
RALZVWESZ. ESYWETMII(E 00 R [l esseti i S i s S o Mt e e R LRl e Y e
MZ2BII)ELTEELTLETVRLIC
BT & TERTIEHICIRELED LGV 9 Fryv T EUOo>AVED. LT —I(C
LT, B2 ETCBRRELIRVET,

EASENTERNESE RYaNE

(CEATRER R (P14-1538)D

YRS —PRS—2 B ETLINE

BETLEE W,

9 SRR TS RGN TEET,



#|MIEHI— I E . RTILEIC
{FERTgERM (P14-1580) T
TEITWARIILEBEDBEIICAN
Fagl

\IEARa—7ILNCIRY 3L EZ I Z
9. Ra)LEIAEIAG D T HASHS
-7 NOREICDPHHIIREE
([CHRWZETS

R 3 EICERTREGERM (P14-
158R)CTETCVWBRRTS— e
T EEERI—7ILNMIRDILED
BUATRZIIH—ITREDFETLL
HhEREET,

_I_ﬁj (c-/J:r.c_ ’37'«_ ﬁ’\‘é:tﬁ\f“ﬁij}

EEAEDFMICOVLWTERIRABREIADES DI TH1E E E
(https://www.dojolvi.jp/patient) DEIEI[RT3)LEDERER :
MADRE T %% SBRIEEL, Ayt

JIT7HINITESHS = E L

RYIBVDFE S (X2

{EFHHARR

* "REINILOBEMEARZH#ESEL . B HARR
ZBETEEDIMERALBWTIEEVF.
B LRI aLEFIHBUAICERLT
<FEEL

PEICDONT

« NBETHDEREDHICRT I EES
FTRRNENGHBBEF HSX. RUTO
ELY(PP)RIZBZBERUIFLY
(HDPE) HnBas##EALTEEL
RIZRFL(PS)RURIUEBIEEZIL
(PVO)ROBHIFHERALBENWTEEW

(REH LUKV

* REICHIOTF FEZE T ERTRE
P g

o EHR(IIT TIIRRET. BFROFDBEH AL
BATICRELTLIEE LY,

BEZESE

BMHAR
| OFOH

-

||J\’

* RE(CB272 (5B WV HRDUIN) RMEADR I L EPZER  ARB(CB I TL AT
ANVT7ITI— S ERII Y B EHY T EREREI DB . SEEBEDHRIIL—ILIC

O TUZLTLIZEL



) RY3)LE AR EE L>HSF > CIRFAZST 3 EN KT,
":E"-“ L—C 3’ ( ~N gf—‘lk ‘i HED) R AR AESETZ1-0IC. BEANRAEZFLTHEEELLS,

SFF . ETEBEN B LT SxEE ~HDBE(CTRENTEXT,
K3 ERALTWLSEIME. IREADEER(E. FBEN SR I=DIRAEZARIDIHDESEICTEIENTEEXT

DUTOXSBENERNH B ENHIET,

O] BE%E
] & [RIIERAS T 71— 3. EERPERIEAH SIER
SNETBBCEORILVEDIRBEEZEREHD
[ I@0t REABEERTEAMTTT. L RS ’
O ZDO(ItER)
BRENDEBES
ARFBEZEDEC AN AR FIECERDEC AN

()
()

-
‘
-
]
i
9
=

1BRIERTOY - e ey ERcmeE  MALILEST

B
27
a

1B .
z' eeeeeee . e
% B - i

DOJOLV| 1BOAErSOREDE A mn = :‘; = . .
- MEDICATION.DIARY | T —

=
’ S—
) N ; FanEEMY A 7Y — % _A_ B}~ _A_Bt) - Week 2 ] ® A B )~ A _Bt)
saemnn st —
BN D = hal Ll ] EWomal  EALLA Lol
N D Y
. 1 £ -

% ) BaFAAEOERE I po o, 3 =

1BOFLaA O - san - - -

) .

ERED L -| =

te . .

L J L J
Y

EEICEREASERSN  RYIILEDTHDERE.

ETBBECEORYIILE RBEOIRAE. 2nefio

DOIRABFEEALTHEE  (CoFTRALEYZEEBH

CNEDERDASNIIHE R Z2RER(TTVLSEEECEEM. FAEIEMIC IER Fo soALE T,

<FEE0N

[RPa)VERBYT 7= BFROEHL REABEESAD E E
7= DI 7 1 M https://www.dojolvi.jp/patient) H5 -j
I O0—RIBEEHTEET,

DITHAINITESHS=»









