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i % 3 % g (Fabry disease)® - fie (74~ Va2 7 B B 3 et tE
JE o %k # 5 migalastat 5 - &/ A4 F £12 ¥ i£ & F (pharmacological chaperone) >
‘gr} frRBRE2Z a- 2 BHREE ARE B A RTB T Ry L mah
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2020 & 4 0 [ o f PR E AL P o 2RI L 2B R F (LT
AACEF 5 )  migalastat E R Y GER o MBI FHEBRS (27

MALAY o) 50 FaEEiR¥ L300 p = 4% "migalastat * >t

ER U

EEFRPAPTRFE TR 6 TP RAEFL - B AFLRE 10T PR
\""\-"P”g’ %p Féj g Finﬂl %%?I)%f% bk’ “4:/3"3‘;3;%~ ELIJ} ’ ‘i ﬁ gﬁh Fi?«;;;

EaPAE B 6 A LS HRTLE aoﬂnbﬁ79@’iﬂ~ﬁ%§
gRNZ % x#%&@‘ﬁz"iv R EATTMBR R RTCRL - o ER AR
ZEELRFGFA R ANREED T BHEF T AR %gr“?’ﬁigf’ﬁl‘ i
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2022 # 8 P4 AV o HZIHERFFL S &L%L%éir‘ﬁ oL EE
2 # 01 2 migalastat % 5 ¥ 3k o T FR P PR TE -

A AP e 2020F 6 FRIAZTELZ REFFGHL - o a o
PUREAT LR R R R B EATE A R E T AT W UATREANTR

R G RABL Y o ERE AR LG R F L -

()L & FRPHTR LRIRFRER
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Rypa? w2020 % 6 Fran®iifd A PRED 4 £+ CADTH ~
2 PBAC ¥ & R NICE Eﬁg;%;p;;;t AR k302017 # 3 2018 & 22 H 2
HFRES S L EHILG migalastat & fF R F SR 2 mifp R oA & ;_-,]v}ﬂ«}; 7
FET M B R v PR ’\ﬁ'}]% A j\;hﬂ ¥ ?%' {# e > f migalastat 15 i 1 % 14,
FOREE R MR DK AP R P T 0 23R migalastat * Yz # 3
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1. #xF 3=
A3E 2 * 2048 F Cochrane Library £2 PubMed & + FfLE 2 3 235 P 40T &

"1 5] PICOS W5 403 i 2 » T40F 5 & A2 RATEL A B 2T 2 5 4
¥ (population) ~ ;5% =~ /2 (intervention ) ~ F T4 P& 5 (comparator ) ~ F »Tip]
£ 4p 1% (outcome) % F7 % K3+ 2 2 (study design) » H #0F i & 4o

Population PoriEE  ER L6 KR 22 E RN R ¢
PR GE D ER RS 16 k22 I S p o 4

Intervention migalastat

Comparator AE

Outcome A

Study design A X

AR T L2020 F 6 7 B R anTE RS > (U (migalastat) 5 A & BT
i% i Cochrane Library #2 PubMed % <~ }F*% RORLE 0 8 F 2020 & 57 25 p Mmoo
1Y E R 2 AR H TR ot S A PR BT AOF 5 R A 2020
ﬁSgiaﬁiﬁé%ogﬂﬁgﬁ%%iwﬁJO

(1) Cochrane Library

2022 # 8 * 18 p » # Cochrane Library % F. © »4% ~ B 4253 “fabry disease”
22 “migalastat” o T 2% 2020 & 5 ¥ 2 {6 H & e 1,% PRI T ELFH

v A& o

LEZE M S SRR R 5}%@ B > % ATTRACT #5852 B *x ;% i ¥ (open label)
W RIS S o o B2 - R o
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(2) PubMed

2022 # 8 * 18 P it » & PubMed #F - 4t~ B éE5 “fabry disease” £
“migalastat” - T 2% 2020 & 5 ! 2 fsF AP E > z’v’?éﬁl% R EP 42 £ F

FEFREESEE R £ 3%@%@;2};\)\ 1%{0%#2%_&
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2022 # 8 * 18 P # Cochrane Library 22 PubMed = F > 4& » R 4 F "fabry
disease”fr’migalastat” > ¥ 212 2020 & 5 ? 2 {2 F A ¥ B 222 2 }J% v 1 JEE 43
EFA e G E L TR R RH £ AR[14]2 ity R

E4% 2020 & 90 3 2021 & 8 1 R 4 % oo ¢ 1R i# % (ATTRACT
study) ¥ = P B eiidsh i % [1] ~ $%.= 325 (FACETS study 2* ATTRACT study) % #
u W RS2 E A2 - 3E ¢ L H 24 B P 2 F PR LR 5 (FAMOUS
study) 2% [3]> M A2 - FH P LY 12 B L wiRBAT RE[4]0 2P 5 W3
LEH D o w42 L .

M AR TR R AN P 2 TR R B BINA
ﬁ@»ﬁ4%ﬁ*%%wﬁg%%&@ﬁ%}%Méﬂ&%ﬁ%?ﬁﬁi%éﬁ
1ﬁag_’uam,zzaf«rcﬁ& ?.‘FFJ’-IP:—E’,)‘%,H,)&’* TR R EEE AR o

(1) ek M 2 5t
A. ATTRACT 35 % = FF 5 emdsh i %

Feldt-Rasmussen % 4 [1]3% 2020 & 8 * B » & Molecular Genetics and
Metabolism ¥ 7% 4 ATTRACT ##5% h% - PR ZE % -

ATTRACT :#5 (AT1001-12, NCT00925301) % — B 3N (T % ~ 5§84 0% ~ &
M % 244 PR (active control) ~ 2 HP 30 B ? 20 % = HP §RJk iR5% 0 * 11315 migalastat
23 f% % & (N 2 (enzyme replacement therapy, ERT) > * >t &4 X iE3 > 12 B *
ERT iz ez % 5 S A g oc 2 a2 224 R o

RIS A BIME S B IRE S 18 B Al X LS v BT

5/29



111CDR0B0S5_Galafold
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TSN migalastat BN BRT %2 % - PP G 12 B2 B2V vt v gy >

- FEE T XK f F“#{-;\ migalastat ;> 5 % = 3 FFECH Sk fs 0 ¥ 18 ~ AT1001-042
1 W EBs o hoB) 1 997 o ATTRACT 385 g F L 10 B R RSB 7 o

Screening and Randomization

68 screened
Baseline & did not mest inclusion criteria
B0 randomized 1.5:1

Stratified by sex and proteinuria®
Migalastat 150 Qobp L
Open-Label Tgarastat 750 mg AU Agalsidase alfa or agalsidase beta
All treated patients, n=36 3 consent withdrawn prior to 1st dose
Amenable® patients, n=34 All treated patients, n=21
2 discontinuations Amenable® patients, n=19
3 discontinuations
Completed period: Completed period:
Month 18 All patients, n=34 All patients, n=18
Amenable” patients, n=32 Amenable® patients, n=16
Declined extension, n=1 Declined extension, n=3
Open-Label Migalastat 150 mg QOD Migalastat 150 mg QOD
Extension All patients, n=33 All patients, n=15
Amenable® patients, n=31 Amenable® patients, n=15
3 discontinuations 3 discontinuations

Completed study: Completed study:
All patients, n=30 All patients, n=12
Amenable® patients, n=30 \\‘ /I\mer‘ahln"paﬁﬂnl‘s, n=12

Option to Enroll

in a Separate
Open-Label Extension

B 1~ ATTRACT 5% % +[1]

AR5 % — FEE > migalastat B % 3EE ﬂ & [f— % U JR migalastat — = > ¥R &
X F R i »~ E5% W hagalsidase alfa 2 agalsidase beta % ERT % /% -
*é%”—F&’#?”—Fﬁﬁikxn@wMﬁm%*mﬂﬁlﬂ’d%%
2 ERT  i* #& 4% % migalastat ;> % —fi % [EM %] -

Wk IRER i@ 7 pé * 1% 53k g i ¥ (glomerular filtration rate, GFR)
ERILE S HENTRAE #Fl %%—C(composne clinical outcome assessment) ~ 2 3= % > |4
d A I E] °

s F - FEE RS 52 lf;i;é";qz P 48 iR R FFERE%k o ¢
[MM ]33 4 ~[EM ] 15 4 » # ¢ ’[MM,s_EL]}a3lff'_**€"‘ﬁ—,‘§l." g
# %1% % (amenable mutation) | [EM ] 3% B 230 2 § ‘
TR F 0B 05 F 9%V R EHAFRREIFH S5 - R IR -

CEFHARILTH HF L FEIARAFLE ol E Y R S

d & 2 Y I3 A E 2 (treatment-emergent adverse events, TEAE) ~ 12 # 55 .« § B](12-lead electrocardiograms, ECGs) ~
IR ST LR Y R

& 5[MM2]30 4 ~[EM2]12 4 o [MM 2]3 i€ ¥ 9 8 L% cn R 70 2 RE ~ #LisR s  FEALBIE -
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B2 A FES GRS ©
FRPPFRR LA LA

& B ATTRACT %42

ATTRACT #5% % = FEE?
SR P IR AR AT o

XA

AFEARM A L 5

§ R PRAT R

# 1~ ATTRACT 2% % = Ff B 32 e F #271, 5]

1557 o @ s

Hyit

B EM & MM & ﬁzéz; %géggm
A Hfi(A) 15 339 48 57
7 1+(n, %) 5(33) 16 (49) 21 (44) 25 (44)
+ 4 (n, %) 10 (67) 17 (52) 27 (56) 32 (56)
£ ()
TEoEARE L) 45.3 (15.7) 50.3 (14.4) 48.7 (14.8) 48.9 (1.9)
¢ (4 ) 48.0 (18, 70) 54.0 (18, 70) 52.5 (18, 70) 53.0(18, 72)
=65 #i(n, %) 14 (93) 30 (91) 44 (92) 52 (91)
I % #E(n, %) 1(7) 5(15) 6 (13) 6 (13)
AFREZ D S ER(FE)
ToEARE L) 16.1 (13.6) 10.6 (12.2) 12.3 (12.7) 11.4 (1.6)
¥ =% 8 BERT /o
Agalsidase alfa (n, %) 10 (67) 22 (67) 32 (67) 37 (65)
Agalsidase beta (n, %) 5(33) 10 (30) 15 (31) 19 (33)
BN GRRPE 24 ) PF R0 AR
% (mg/24h)
THE(REL) 372.6 (800.5) 276.1 (427.2) 306.3 (563.2) 301.0 (70.0)
v (4 ) 108.0 (0, 3154) 128.0 (0, 2282) 123.5 (0, 3154) 128.0 (0, 3154)
eGFRckpEpr
TEE(AREL) 96.0 (21.0) 90.6 (22.9) 92.3(22.2) 91.9 (2.8)
v g (# F) 96.8 (45, 130) 88.1 (51, 145) 92.1 (45, 145) ---
i# * ACEI/ARB/RI % -
(n, %) 7 (47) 15 (46) 22 (46) 27 (47)

£23 R fREEE 2 T NS i A §5 8 % ¥ e B & ILFACETS
w2 ATTRACT 3% % — PP mﬂdfi AR WP o

¥oobo BOYAR & S TR dp iR anER

% ATTRACT #% % — F# £~ > migalastat

[EM ‘2]3 4% % % 1k 325 miﬁl Foopl G
" & ATTRACT #% % - FEE 0 £ 93% (53/57 %)% Stk
B R A8 g Y ~;, 46 = EFE f*bzérﬂéa%m)ﬁu*

FREETR L L
gﬁ“é‘z.2|“.él

, IITVE,\P

F} £ =R

7129

%E*fi—’i\ % 3 735 #(loss follow-up) ~ it AR BRI EET AR
DB R TG A TR SR 4[]
c U AMTRIRE 0 58N BHRF D PR
fofy e E % }_H/Hfrmgdf; PG 46 =57 P e BATRRLBE PTH -
LT BB AR R e o SO S REf B R T2 0

[l F 0 Ny




o % 4 g% 3$6u _
FRPHEFRHRLAM TAH

fegr BRT ‘e i NILT O - R %o B F 2 et 5I4pign[5] o [MM 2] 32
% & ATTRACT 3% % - PR 2 P50 6/31 =(19.4%) T %A M F 2 ~ 1/31
#(3.2%) M HAR B F R[S 7 R F - FEE T 2R 7 3 22(9/31029.0%) [MM
EIERFATNRTHFAAME > 2 LG AL R E RS FAAME E o [MM
BIRFHRG ER - A NIRAJE(F)U L 24 E SRR RE 2 A B
B30 B WE L L ek FEEAS L o LR IR LSRR
g% T 3opr 4 3185 % o

[MM /2] 3% # 4% % migalastat 2% 3955 5 31.0 % # ~[EM 2] 5 143
B ja? DRen2 2 E 2 (TEAE)4w R 2 #777 o

97.0% [MM e]ehs ;¢ &R RR%PF - § S 5FEL > | & TEAE - 4
vy 42.4%7F s;ﬁéﬁﬁﬁ%‘&?%#w o izt TEAE thpE /2R < A F3 0 iET P B >
e 0§ 333% (11 ~)*Tq 4 B B 42& 2 TEAE © @ [EM 2]#7§ % 3K
B Y - FERE R IFERGAEL 0 1 & TEAES IR BE TEAE a0t b 143
- FEE IR F (46.7% vs. 20%)0 B ERF ER R Fé—‘k 7] 5 TEAE @ ¥ 31385 &\

L= o

B AR ATTRACT 35 % - FEE e 17 R Bm 0 forcd 33 T
it $8 1> > migalastat & L ERT % /% £ ApiT 5 L &> At i % ;éaiﬁ S BETS
WL > £ migalastat J5 K ¥ A 2 T E %‘rﬁ:}ﬂﬁz"é M s A Aok A ERAPN
WP 3 e g REER s B H LR { < [5] @ ATTRACT #% % - I
Foens 5.5 % P37 0 migalastat s v E < RAFF D 30 B Y > 2R FRh D
%#&f:f’}ii.ﬁ—trﬁgﬂ°

Wariable, n (%) Group 1 (MM} Group 2 (EM)
Months 0-30 Months 0-18 Months 18-30
Mo. of patients 33 15 15
=1 TEAE 32 (9700 15 (104} 15 (100}
=1 TEAE potentially related to treatment 14 (42.4) 3 (20,00 4 (26.7)
=1 serious TEAE 11 (33.3) 7 (46.7) 3 (20.0)
Discontinuation due to TEAE i} 0 0
TEAE leading to death 0 0 0
Maximum severity of TEAE
Mild 100 (30.3) 4 (26.7) 5({33.3)
Moderate 14 (48.5) 9 {sD.0) B (53.3)
Severe &6(18.2) 2(13.3) 2(13.3)

Bl 2 ~ ATTRACT 352 B4 % > A0 47 5 % [1]

" Migalastat & 29% > ERT ‘2 44% » P=0.36[5]
A % L migalastat SRR Y geA W] R 297 B0 B 152 B -
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~ St NN
P EZE A %rﬁ"ﬁ«%“’ S
=T _'_ /-l- ‘ 2
?5 /,%‘ 7}‘L HFRIFL A L B ok
% 2~ ATTRACT 35 8 FACETS 38 ¢ Bt 7 18 £ A F1% £ 38 % a0 T ooh it 820 %004 032 B 2 [1, 5, 6)
- FACETS % [6] ATTRACT #% (% - 13 £) [5] ATTRACT &5 (% = F#8)[1]
i ERT ‘. Migalastat % ERT ‘. Migalastat % EM ‘& MM &

PR S 19 B 3% 30 B

, " b R , =18 n=34 n=15 n=31
b = % N A —_— —_— n
AAEr#RIFRT 18 B -1.0(1.3),(-3.6,1.6) | -0.4(0.9),(-2.3, 1.5) -2.0(6.7), (-5.7, 1.7) -1.1 (3.1), (-2.2,0.1)
n=15

2.1 (12.4), (-9.0, 4.8)

PiE xR D %R S 30 B0
(FA(/ETS BE G D R% Y 24 B ailcd)

AHIE (g/m’)(r ot 1)
ATTRACT % = FFE (¥ 2 8c[95%CI])

n=41
-0.3(0.7)

n=44
96.5+5.0

n=16
92.9 (31)

n=s>5

95.3 (39)

S}
S}

n=13

80.7 (53.3, 129.1)

n=31

-1.7 2.6), (-2.7, -0.8)

n=30

89.8 (63.6, 165.7)

FACETS #8 5 3 (% 1 325)% 24 B 7 g i
ATTRACT % - FFE 5 235 % 18 13 7 g i
(g/m?) = 3o+ 38 £ (95%CI)

-7.743.7 (-15.4, -0.01)

n=27

n=16
-2.0 (-11.0, 7.0)

n=33

-6.6 (-11.0, -2.2)

EM = % 25 % 19 3 30 B 2 chigit
MM /& 5385 % 13 30 B2 chagi
(g/md)z @

A (/) (SR £)
ATTRACT % = Fé & (¥ = 8[95%CI])

n=11
138.9+11.0

n=>

1233

n=13

116.7

n=10
-3.1

D
N
I
|

\
I
J
I
|

n=4
124.2 (107.3, 129.1)

n=28

-3.8

n=11
109.8 (95.9, 165.7)

FACETS :;éﬁsa L3 (MEWEER)E 24 B gL
ATTRACT % - FFE 5 2 35 % 181 » engg it
(g/m ) T aiE R X (95%CI)

-18.6+8.3 (-38.2, 1.0)

n=8

n=5

4.5 (-20.9, 30.0)

n=13

-8.4 (-15.7,2.6)

EM __japé"%?fa: 19 3 30 B 7 enggic
MM e 5:35% % 13 30 B2 aag it
(g/m?)= o

n=4
-3.7

n=10
-10.0
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B. FACETS :#% ¥ ATTRACT #5% 2. E &~ 7% %

Bichet & 4 [2]>+2021 & 8 * > & Molecular Genetics and Metabolism Reports
PWAFEL-FEELITEE > LEEFRASZF L2 ReE% FACETS #% ¥
ATTRACT 35 > 1 2 v Pen@ 2V (T E a8 ¥ 2% AT1001-41 &2 AT1001-42 5%
P8RV RE Z%rﬂ?é % 7 £ X migalastat jo R PFRF>S E 2K éﬁ—*‘ T

TER T AL (eGFRCKD EP1) % 14 [FI% o

P A5 T8 R ﬁwc’ F 36 (F 7 23 ik )R ¥ 422 6 ERT R i2
42 (& § 24 =k ) ¥ 2 o ERT & 2 ;é@;%gﬁi B bR X R E L
R 2 PrEnT 3o E s> A G 451 R(ERE A 10.5)2 50.1 (%L 13.8); & P rE
LRbZFR RO TIOEF AL T4 E(GREL 80)2 12,6 £ (R L 124);
B%cnZEE e § 5 EFF LR o #PHEL migalastat Jpfy chpE (Y ) A B
570#GEF20t08.6)% 5.1 #(#F21t072) -

=y ﬁpiﬁ?kmigt%?%,ﬁ%Aﬁgﬁjiﬁ{@%&iaﬁﬁ ERT % iz >
P EERE i S R AR R G elicdpAc & 3 07 o 'Fdﬁz REF L E*
RECEF TR EBATIR B #yﬂ«ﬁ_}%&’ﬁ £ (8.6 #) &% mlgalastat
R BHEAMBAABERIER P T GRS PTG E R

# 3 ~ FACETS ~ ATTRACT ~ AT1001-41 £ AT1001-42 :#2%® 78 =% 3 # # &

A TR % E £ X migalastat j 5 R 4238 2 £ 0% ééﬁ R 55 IR IR i F (eGFRexpem)
# 5 1% & (annualized rate of change from baseline)[ 2]
¥ 4% 48 ERT % & ¥ 4542 %18 ERT R iz &
pev | rgwy | czey | 2o | v | czeq
n=36 n=13 n=23 n=42 n=18 n=24
TiEEEL) | -1.6G.0) | 1827 | -14(33) | -1.6(3.6) | 2.6(48) | -0.82.1)
¢ EQL.QY) (-2._41, .-{).6) (-3.-81, --(()).8) (-1._71, --%).6) (-2._21, '-3(’).5) (-2.-61,.-?).7) (-2._11,.-10.4)

(2) 2% kK

ﬂ@ﬁ%@ﬁéﬁﬁ@@@&%’ﬁﬂzgi?ﬁﬁﬁﬁﬁﬁ%%OMMm
A [3]> 2021 & 3

- Y
Pharmacotherapy # 7| > % % - 3 5 3 & 2

European Heart Journal — Cardiovascular
g \:J IR Y ﬁﬂ%t}iéﬁﬁ%:}i,{ﬁi

(FAMOUS study)& % » 3847 ¢ i £ # 2 % o Riccio % 4 [4]*2 2020 & 7 *
R » % European Journal of Human Genetics ¥} 7| > % % - BH ? w2 w @&y

H%ouT%€4ﬁ£¢ﬁpz¢%uP$%o
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A. FAMOUS 5 (% # <« $)[3]

FAMOUS i# 2% £~ 59 % B AL OB RLAT § 11 2 T B3 A T2 Jho ¢
£ i % migalastat i PR o BRI T H R 0 5 60 ok p AR 9 iR
#waﬁm%ﬂux&ﬁéﬂ%@ﬁﬁﬁﬁmﬁﬁ*ﬁﬁﬁA“EE%Aé2M6
£ 57 2 18 4L migalastat i5 oy o

A ESR DA & R oondp R i L 2 PF ~ &% migalastat J5% 12 B
P24 28 2o R Ap B(LVMI) e 1t R o R dkdpthe 4F
3 iy 18 5 (eGFR) % i ik % o

ﬁﬁ&%ﬁﬁéﬁﬂmm&7M’?ugﬁﬁ¢ﬁ¢54gﬁuoﬁgﬁ4
T ¥ E 45 (R84 15)m,61%;;]§; Ak SR i ERT i (T 39/ 3.7
& [ Z 30" 57%p 4 il » iE% PF S B9 5% F R (arterial hypertension):h
ﬁ#,gﬁﬁﬂ%@4%£¢#m%o@»¢%%’wF%Amibiwzﬁﬁ
talc i 108.6 g/m’® (1R £ 46.0) 5 55% 0 A B BT %R ¥ - B~ 45%:
O R

AR Fondp A 458 R 4o B 3 ron o [ H R0 4% migalastat i
n%gi24%@@’%&ﬁiME?€ﬁ%%f?¢T%oﬂﬂa&?ﬁ%A
FRO o S i SRR 2 ?ﬁﬁ%uw%@x B P B 1280 15
Hrrimmp e A#HEip 2o gF L R (P=0.0163) 5 j&t - FRAEFEF I ok
24 B 7 PE(P=0.0595) ; Bt A 0 BHE M BHF O F TR LELT 25T
EEFP 0 AR 2B BT ERREAHEP T ERPHEF LI
- FRAIS L 24 B0 pEYo

-

=& R odp e TS IR R 8 5 e 41 R BT o o 4 R X migalastat 12 7
224 B0 18 TUIRIRIE S P RS PR SEN o TTH FEFE R FL AT

1o 4 o EE e RED)EATRPIALE T U L MBI S - ML AR TR ppk o Q8HEL =16 K
o Ao RRIB[F P EHAFIRBINR S QAT £LE ERT frix e ERT fi2 2~ 6 B 7 5 (4 *+ 9 eGFR
=30 (mL/min/1.73m%) > 2§ F47 8 B S ¢ 5 (5) fit » ¥ % 2 P I £ migalastat 5o 24 B2 2 {5 > A w3 R
Bl ik 4 5 (6) 2R 44% % migalastat 5% > 2 @ * & F 564 & 1 fsde4]H (blockers of the renin-angiotensin
aldosterone system)‘“ CERLEIHELI 4T

VR AR EER 2 PF]E [3 % migalastat ip o 12 B 7~ 24 B 7 2 (]I R .

FoOLRp A @B 0 ES R migalastat (5 5 F 3R A2 BB G 2 p L A2 AR LT ,ff.»;f;%yf:«,
i migalastat /5 ©

4t A 0 8 26 ik g A o

£¢5 60%:Fp 4 %X agalsidase alfa /55 0 40%:905 4 42X agalsidase beta jn fr ©

LVMi %% & © £ 43~95 g/m®~ § £ 49~115 g/m?

ok Atm A e~ R PO  Thich ST EEFN O RMIRHRS 28 B A o3 FREpETERRSAHE
08 5B (P0.0350) 3 4 fhps it~ DL Jfﬁgc#\ wgd @R e L(P=0.0163) -

dok LB A e RERPHZ R EEFTEFFP ORIRRF 4B P E o TREETHERASANE

tpt o R "’*@ﬁ?(l’ 0.0541) 5 + {5 4 ﬁ*?%ﬂfrﬂv ek b5 Y EE RN Ao A (P=0.8312) -

- =

T o 5 3

a
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E’j@/f&%&g H%P
FR A PR L A LA
(multlvarlable regression analyses) > I 3 JL i * fig L RIS POV E 0 AT

TR BT E R MG BE(P=0.0834) o fi gt — INA S AdS 5 - BT
Jljéf« LRETEE o

LYH at baseline n LVMi (grmi] LYMi (ngi) at VM (grrni] at Difference between P-value Difference P-value
at baseline 11-month I4month baseline and 12-month between baseline and
follow-up follow-up follow-up (grmi) -month follow-up [grmi)
Ferales
LVM within reference range. 13 748499 6881103 01178 40188 00350 48165 0.0541
LVM above referencerange 8 10462126 9122240 10031233 1342143 00163 441107 03309
Males
LVM within reference range. 12 8442194 7891180 8181190 55:211 05831 261175 08312
LVM above referencerange 12 175.3£393 15711393 15791236 A82£19.8 0.0163 AT3£ 47 0059

M 3~ FAMOUS %2 1 & ik h 20 3 R 4p icen® 1 i 45 4 3]

4 4t]§§\1/z ff?*\' ,Fazgfﬁm »g-F.\.f_l_a s 2{#;”5‘5‘1?3 el P #q_,‘ [ETibit

H ]~ # % [ERT i | & [migalastat];s & 5 > 8 P enF i3k jpiE 5 % '“ frt e d i
*ﬁﬂ@%mﬂMMmﬁéﬁiﬁiiaﬂﬂﬂ’% 4% % migalastat ;5
L #2208 5 @R T SR 5™ R o o g S B RA R R % D
BEI XA - RORIFEAU[TEF R REBTT LR TR B o

TEOIRE . AT s g A ? 0 F 37 AR ARIRFLBELRE o B 032 A QB1%)ERE L FRS FEN
FEdrf| B S ABRLEERFLBEY - L BRIAFLBRES D16 [t R B % migalastat ;5 12 B2 2 24 B
Vs W T ST RE R S A A o 2 B F g (P=0.55 5 P=0.44) -

gtk dndicdp i & R P Lenders % 4(2021)&1@}}%[3 o ¥ b A e g F75n¢,§%7 2L FH 51 élﬁkiﬁ_}mﬁq
aed 42310 e
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. 3 = 7~ 4 3P 4 =Xl
o R LA S T
% 4~ FF3E }i}?r,‘ AR STk m iE (GFR)ﬁ{%ﬁ R *
s #% ERT #3% FACETS ATTRACT 3R
R #£2 ERT % ® CKD 152 5% b5
ERLREY - < 2y < 2y #E(5 7 ) - F
-~ R;é'?f R‘;é"ﬁ FAMOUS #5% (3 # M)'I?:" H-¢ m-}?‘;‘i
R T o T T T T Ting Ting LR 3
75 % * ] 5k jESR M 5 18 2
oy PR ) Misf 24 B2 MisF 122 | Misk 24 32 MisR 12 17
Aga a 5 & Wy 3 M 5 30 0
. ™ % 8.0~12.0 T '8 2.5~3.6 T 03 T 04 T 9.0
B 5 A — — _—

W | TP < 17
< g .
w8 % 6.8 <% 3.0 % 2.6 % 1.8~2.6 T 46 <5 8.9 <5 9.0
2 5| T
. 2
& T "% 0.9~2.1 T % 0.5~14 T 0.5 T % 0.8~14 T 5.0 TrES53 T 4.0
el A H-}l% X

* Aga: agalsidase ; CKD: chronic kidney disease (M 12 ¥~ %¢Js) ; ERT: enzyme replacement therapy (f% % % ¥ i# ) ; GFR: glomerular filtration rate (¥ 5t 3% Jjg 8 5) ; M: migalastat ; SR: systematic review ( k&

yfié)ﬁkr}«)ég) °
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SR f§§§$ﬂw
Fopp s - F

B. H- ¢ <y [4]

‘\1“
\- N
-\J&\-
d%
& 3
ok
R
i

Riccio % X #2020 & 7 * B3 4 - FwmMEEEy 0 A% P & B3
PR E N T A e af o ERT % /% #& 5 migalastat & > & P e 38 ~ W B8 i &
AptRinsg i B o

Fi 4 5 & % | Federico II of Naples + & “ﬁ;’{%l‘%f%;@:}%‘ g Ao o
EELZ G (D)ESI8RK ()M EAFRRIFRED Fiﬁ.é‘*“’%")im@“-& E A
@577 R ERARNREE > O ¢ © G4 HRSRXHE L ERT 5273
#£ 0@ P B 4% 5 migalastat 5 0 P Bl ERER IR DT SRRES

n
(eGFR =30 mL/min/ 1.73m?) % -

TEA R RS BT B A TR ¢ 3 R 2 PR(T0)E & £ ERT
g 1 #208(T 5 ¥ b i e wpaiia o 4 X migalastat 1 # 2 15(T2)
SR R Sl R ET SR RE T 2o 3 F R A -

AIrEERET o RF 30 REF T RE I“*zl_\qt e R A
Federico II of Naples ~ § *f3% %5 FedgX ERT B2 - 29 > 25 9 i A =S Y
o ¥ % migalastat jpfr Vet K0 F 2 g A AR iR S w AR R F oo
LR T B ﬂév\ﬂffrj B FIT T R A

BTN T 4 0 Edn I8 KT 66 K2 T 0 Tiosk ERT ik chph
i 133 3% %o LEJE—EIP% A f % ERT /% ¥ migalastat ;5 8 FF o ‘}'5’5;';175 ER
TR OSHBRE M pEBFA

fLE_kﬁF(TO)fL TIHRE~TIHI T2HELE T2H s 4 DR~ SR
BRSO B 4T o B Y A s R
Apdcp AW I T2 deed fiw s & "J Pt A E A R (P=0.016) 5 A #fie hd A
£ F(P=0.028) 0 s A TSIk g B S B ER] X R T AR
2P F 57 g 4 e eGFR B w*ﬁ ¥omE oo BN AF R ERT |28
migalastat Jof 8 B EF o B AT AF B2 Sy (Y 5 28%) - 1P
R LR%s o p 4 L#d ERT 2 # 5 migalastat ip i &3 22~ % 29 7
A o

V Agalsidase alfa 0.2 mg/kg # agalsidase beta 1.0 mg/kg
Yz 9t A S migalastat ipfy 92 d 0§ 2 @A F) G ERTRri# e R F & > HARR| 55 4 E 3 o
¥ 6 4% agalsidase alfa ;% ~ 1 =3 % agalsidase beta /2 °
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TO T1 T2

Fenal function

eGFR (mL/min/1.73 m% 102.57 + 40.45 Yo 85+ 41.11 98.28+40.46
Proteinuria (mg/24h) 145,00+ 237.19 135.00+ 177.69 T8S5T+128.63*
Cardiac parameters
LVMI (gfm?) 3958+ 12.30 3.T1+£9493 37.17+11.09*"
IVSWT (mm) 10.14+247 10,00+ 223 471205
LVPWT (mum) 9.00+2.51 9.28+ 221 885234
LVEF (%) 3971438 642+ 468 3BA42+574
E/A 1.36+ 040 149+ 0.45 1.47+00.56
Lyso Gb3 (ng/ml.) 5.42+4724 257+ 1.63° 212+1.09°

Data are expressed as mean * SD or median (IQR).

E/A early o late diastolic transmitral flow velocity, eGFR estimated
glomerular filtration rate, f[VSWT interventricular septum wall thick-
ness, LVEF ejection fracton, LVMI left ventricular mass index,
LVPWT left ventricular posterior wall thickness.

“Significanty different vs T1 (p <0.03).
hSigniﬁca.nLly different vs baseline (p < (0.05).

B 4 ~ Riccio & * 2. H — ¢ & #icdfp A 47 % % [4]

AEZRE AL EFLUR AP ERFRNZEF TR P F 2
migalastat 4p ¥+ >3 $ie 5 4P B —?{ @ T AR }}% Hp 732w ER mlgalastat
iR iREh BTt ¥ EE % % 0 7 T > FACETS 2% % % ~ ATTRACT % 18
P2 30 B0 aRE g% > 3 & FACETS #5% ~ ATTRACT 3#5 &2 8 W 385
(AT1001-41 &2 AT1001-42)#cdy cnE (8 A 4758 % -

FHA S BF RPN FRP ARG m A S p\ » 2_ migalastat 4p ¥+
Fref @ e 2k F L A8F IR R OF ) A0 B 0 FTITIR L Y gk
ship » [ ERRE S E P o AP R R AR p\» Tk LT R
PR UEROFTERTEY UL FRF R

B H) k0 d migalastat B X HF R S e BN T BBRBFY
(FAMOUS study) » & 3R 60 =k p 4L B 9 2 # 3 “ginf ¥ < dup 4 > e x
migalastat 1 £ 2 £ {3 B L e T RF AR MR SRFTREMER
B Rl ot > A IEE a0 B migalastat o Ry 2 sen %R o iR R K A A 5a
FHEEFT Y BRONE DB HEP(F 7 NP *}?5/‘ LE. AR
TIRE TR RF) R RREFTRLSRE

]
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L 22 FRPHEEeRL SR

~

‘v £ < CADTH ~ ;£ PBAC ¥ 3 & NICE % -Fg)ﬁ‘ PR ‘E_%« s 2017
£33 2018 £ 22 B LEGFREF S L BB F LG migalastat FAEF TSR E P
AHROCE 2B EF AR LR T IRGT S A ARG g A
migalastat 3% i i Té MAAEZ R AR E TR TP RS HIEROEFRT > ER T
i migalastat * %2 ® 35 < picf o

N

2. %3

S

SRR PR B4

2022 # 8 * 18 p it » & Cochrane Library ¥ PubMed = F 42 » B 4£ 35 “fabry
disease” Fr “migalastat” » T E 2020 & 5 P 2B A E 22 ?}I% i
43 £ FH o g s‘zé:ﬁ&%%%@i’#ﬂ B > 23 4% ©2020# 97 3 2021
£ 8 F'a‘”sf%\» ﬁ??‘[ﬁ%j}ié}i K Bl

A& k> migalastat * i F R CRIARIMPM T ETE > LB 8 24 R
A 4F R 2 s 3f R 2 3% (FACETS study £2 ATTRACT study) ~ - 78 E%H_%L
’*']“*P (FAMOUS study) » 1 % - B H ¥ wwmMdmy E% o

o35 2 % * RE T migalastat f % %—*»:}?ﬁ AREBEH B L SR N T B
Fua R E (BEFFD 30 Br)o it EEEAMIOER T LE R o LR
2 Fé%%v%f W By E (A 1T RI BT > Ak ¥ (8.6 &)X migalastat /5

, mfﬁ"mf'}“v' fﬁﬁz\mqq’ RVE ST et S T - RV SN T
Pz RBRMATIPERNEFE R 0 p 4 de X migalastat i 1 £ 2 2
I RBOTHIFREBF TETR G RDEFEREFERDEEF I v LT
SR BEAPEEREAI] SN ER{EEnkd o

W

k &
o

Y & 3452 3 % (ATTRACT study)h 12 B 7 25 # 325 % % - 1%.2 2% (FACETS study 22 ATTRACT study)* H 2 ¥ 385 2.
FiAFT -5 w24 B2 W pEMERERES T (FAMOUS study)d % > 2 -3 H P @ 58 12 B2 2 winid
Ryt cdP s WHEHY cowmPBETARFAERS -
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73;&—‘5 A= ¥ -7 migalastat & 4 % & Galafold® (T § A &) por ik
ﬁ?»'afzbf&r‘] A e -A:;iv«;iﬁﬁA,vuw,ua;\j\ ERF AN AEY
“—&@;154 FIENLST A AEEREY - ENL 112 R_~1

sk %)

FTIEHNLA2T R MBFEN S - 25401l a3 %7 #5584 045

g:\zicﬂ ﬁ)iﬂ\rr}?x)\lkli‘/‘l‘}]p’ ﬂ‘f}i:f,irﬁ’;gj% FIRidBeN 2 B % L0 T
¢ P~ N f% % 3 % /2 (Enzyme replacement therapy, ERT )2 # 3> 4r agalsidase alfa

3 agalsidase beta °
2. PHEREFEIG

EHREFLRAREF 2L 2021 ER LA RUFBEAT T UFER
12 »\,z#%«]ixl}%kﬁzfuvﬂ)‘g};r,@%“& v Jpt A AR R
LB AE LA 195 bl gt b R AR 2021  F ol AF T E
ERFTLER A B RUBER R SRR T EO SRR A E R RS
LF 018 bl AR ERFE X RHFRAFTHEY > B F R
&%H%ﬁ&&’uwﬁpé#ﬁ«@7“«~@é2@%;&@’%ﬁ
]
%

-}

FHFBELER 042 2018 2% 2065 & A v I FA L RE R
RAEBEF ~FAFE 2 PR ART BB S pp L ke

RA R E LR RS AT RAE TR LT gL F B
X Gk SR EEF 2 2020 & 127 4 £ X Gopt L2
Iiﬁfi"&“f”%ﬁfi‘gf oz Bk A 9:’ETllLf’é’f,‘J'?lJ)\j‘f_—’xf%:]f;;i;]f;}&LL,’;,,JV;/_]
W%ﬁ¢wﬁ& PR A AT m A Y & 1 & st BRT a2 iR H A
E AR EEE N2 22020 £ #F 5% ¢ § ¥t/ agalsidase alfa 2 agalsidase beta
LT R R 2021 120 G LB
] LL]/F',’F‘J-T_&/-‘ ERT & ,4}1—;341\7 }I%/\LL f,. 382%0 q]tb , ’E‘“ﬁ';*f?iﬂ%ﬁilp
PRI GESGHE B A ERTEHRT2LZ TR RRpA -

»«‘—WV

fed A SFREHFTAT 2 BRFL 16 KL EERE RBRAR
ATALUFRZAFTHERAATNL T RLETREBAFIRE 2 05
48% ; 11 % n;:g.g A rgE»LA-} X T L 16;‘.%'4 F 2o A vt % 86% o
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gﬁﬁ@ﬁpwga;ﬁ&ﬁ%%kmm&izm&&fmﬁuifaﬁ
ERFA LA B SR AN - EG5 123 42T EH5 1554 o

3. AEF A Heip it

BHRFE2FPIGEE FHAEART ELD L FEL 12%5 37% 0 &
MR R ART ER ARABNS - ENL 1542 5T #9557 4 o

4. rRERER

EEEEACEGRE PEY 2 B
TRT o B AR EE R 85 AK  FEHE A
AP ARl ERFFRART ERSERFF T - EHL 112 B
T EHLA2T R~ o
5. BB ER

ERK Y A FR O EFL A GOEBARE ERT 2504 0 B9 ¢ 3
agalsidase alfa %2 agalsidase beta > " i AL AT H o WS 0 2R
ﬁf;t WoFR2 GERAARREGEY 2 ERIET T R HE Gk
%‘Wiﬁ*’ﬁﬁféﬁ‘\&ﬁﬂ*’uwi63“'vm%?%4gﬁw
A &= F it 4 14 agalsidase alfa #4738+ 2 & agalsidase beta » H & & & &
750 A% Ol Ao dfpit 2 REFRART EFRPR L EFR
124 g ~3 %7 #55 473 R/~ -

g%
e

B
i Yo
N h
L
EIRS

|
N
N
F RS

RN »W%%’ﬁéaﬁffﬁi%%%afﬁ»1uiﬁ%%75£
REARTEHGFRPEYNI-EQIIFAINTEGL NF A

EREEFYRASEREFF AR RERLOFRART £ AR 0 R
EHHEERAL 2 HBPENEFRLT > 5 - 29784 011 157 &
A7 A 045 fon VA SR EFRF T E AR SRR MR F
T B Bk MR
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M@éAﬁ%&ﬁ Z RS

SRF AT & LA BTIR L 4 6117 3503 SO%i 7Acs &4 47 £ 57
BAKT EMBRENTT - EEA0EE 008 RET H4 0.11 7 :
TEEAEL 034 BATEY 048 a2 F

RS e S E SRR P PR

1. §phk¥ =

ERE B RSP R RE S TP AL G ALY
R F R DL PR F NG L2 SR TR 2

TERATHM G2 p 4 AR RS RF RN BFLHRTL RS AR
EEREGEH TR, S A

RN RO L AN E 5= B & T_ & ¢ P~ agalsidase alfa % agalsidase
beta % ERT » 2 & > A2 i RHBER -

2. PHREFIE

@ﬁﬁﬁwwﬁ*%ﬁﬁpﬁamﬁﬂ*&®4ﬁﬁ“«&%ﬂ 7 5 g
AFR P EEEE R R A B[12] c RAFLRI N FHARFTH
2 BREE S EAETT RN ERE A o T RAR K S i
Berg A S RARCEFF FLFE A FEE PR L BR

W
2

EHkE 0 ERT # 56 * £ w5 ERT 5 2 4 &[13] VR R
EERT S HRE2 Wb o R AFLDINERER* 5348 & ERTEHRT2L
@Awwgmﬁ‘&ﬁﬁ’%*ﬁﬁﬁiﬁfg‘“”A‘“ﬁﬁﬁﬁﬂ’at

2Ly 3 0k L2l Y
TR R ATER -

Ra o AFFH P EZRT L8RS (Glomerular Filtration Rate, GFR) -]
%+ 30 mL/min/1.73m21:fI}3 AgF s wiERE H I AR EEE G #E“ﬁ% v hogt

PR

BERE RAp B g T B AR A 16 Rz i TR g s A v B -
AARR 0 XS 86% 0 ARG APTRETHAE GG ®* ERT infap 4 ¥ o
& & 16 pu i gty X3 90% o Jszrtbf’iéﬁfrta@i;ﬂ A l"&rp-}?ﬂﬂt

TR B A AT G 5 48% AR L T R REK p B
AY A S A FRAE S RET B CLARR ALY T A LA
PR R TR L Rl T R -
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AR RS R F R AR TR LA B2 T R s A o Rk BRK
MEREYE R NG R A ER T2 AR L A REETREN Y
16%”J”W£ﬁ% EERe Y BRI PRETHLA KD TR TR RS
Al ) 72T piqﬂ)“?\48%, 8 GLA A T2 v b it A kT &
PESHEARS - EFH136 4257 #5171 4 o

Q-—&-

3. AEF A fip it

ALY RERFRAL I F I ARTRA L RHT S F2 L AL R
AEAR L U= Jﬁ:u.i;m ,Ef,,il\&g*q’, ¥ %l“%{i‘éi—% EANE FE 3= FE N, g
REAFT P Gt AR ER* AT AR F - ENL 224357

A o
4, AEEREY

AR 2 II\%L*J;'*‘E' ‘LI% ¥E i H A E
RT o ART EAEEREFNE - E£9Q

&»hg’#,ﬁﬁ“’f&7 i
63?%1$z f& 555 @~

—_
[k

o \;z
%

B

5. B E 3

AR REEEHS 0 A& ¢ Bt agalsidase alfa 2 agalsidase beta % ERT
e A H R RAN S T2F AR 1TSH AL RO E Y 2 B
%%oﬂ#ﬂmT”%%$%@AW€mﬁm B AEE T AT RETREE
ZEFHRAET A T RTRAFRABATAE 16 R EE2
OB L A ERETREAS T aga151dase alfa % agalsidase beta 2. & * » # >
fa k- X Pt A & ERT thg » 95 830 § = ey 2 ft

BT RAKI ERPAERNF-£9 181 RATHT £H616 R~ o

6. HuFgPrE

z}?—

ML ST EEA L BV RS A R Y R Y HERM R
L N AR E Ok

7. HBBE

EAFDRREET

ﬂ\~

PR AL E AT BELG S A KRT £ E
BRET 2 MBAREN S - EO8F 08 RAI T £ NE Y 061 B -

8. mRpAERALIT
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PA B A5 %%‘é%ﬁ.%%v‘ -
FRAPPFRR LA LA

() 7#&GLAARRE A2 FHRESHT £ GLA AT % %
2 S0%EFACE RAYT S ART £ T R - £ ¢
A1

BIEg 019 RA2ZF N HT EEAWEY 044 ) ?rk'i064 =
2 R o

(2 *&3 & F o RRET Y EEE (13%2 37%) % oA & FaE ik (20%3

EEAR RS TR ART EMBEENE - EE A

WEE 013 R EE 022 R BN BT EEAMNEY 052/
%070 A2 ¥ o

57 A >

«—l
FTRS

EREFRARTI ER Y AR AFNTH - EHL 154 28T &,

#fﬁ&&;z%—ﬁq;112ﬁmi$iﬁﬂs4zhﬁmaﬁéﬁ$*$—
EXHNTFE01l BT 5T 2H&FE 045 g~ -

ﬁﬁﬁ%ﬂ{‘}'ﬁf;ﬁ—‘ﬁf% " ﬁjﬁiiﬂ:?ﬁ#llq x TG P fgvl‘-% RN
£ ﬁﬁfﬁﬁﬁﬁww&%ﬂﬁwwﬁﬁﬁ ﬁ% ECIE N e S e NP <
WE-ENL 243 ﬂ]w74&’i&ﬁ&§$ YHE-EXL 163 BA

~A s4

i%zﬂ]pssyamwhpaMM% EQEEO0ISHALFT EYE Y 061

o

el
Rl

EHRFESE TSN ERE LATLHABEFTR

AEEF2022F 117 BERFELSE RIRAERTH EREDZZRP S
L d it VidFgt 2ERFE- HkRi - AW RREFRFHER
ﬂ%mw AEA AR {ATHBRRE B 2024 £ 1 2028 £ *F A R0 B

—ENAZTFIETAA AR EREFNZS-E 12271157 £ 416
%a,k%?ﬁﬁﬁﬁﬁﬁia’Mﬁ%gﬁ;$—&%ﬁ(m9%£1% &

Iy
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FTRE 2P Mex k&
#1 MeSH descriptor: [Fabry Disease] explode all trees 78
Cochrane Library #2 migalastat 58
20220818
1800-2022 #3  #l and #2 11
#4  #3 with Cochrane Library publication date from Jun 2020 to 1
Aug 2022
Search: (fabry disease) AND (migalastat) Filters: Full text,
20220818 from 2020/5/26 - 2022/8/18
(("fabry disease"[MeSH Terms] OR ("fabry"[All Fields] AND
PubMed
"disease"[All Fields]) OR "fabry disease"[All Fields]) AND 42
1950-2022

("migalastat"[Supplementary Concept] OR "migalastat"[All

Fields])) AND ((fft[Filter]) AND (2020/5/26:2022/8/18[pdat]))
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