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ATTR-ACT

median follow-up 30 months

Hazard ratic (95% CI)
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ATTR-ACT combined with LTE
median follow-up 51 months
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Figure 2 Forest plot of covariate-adjusted all-cause mortality in ATTR-ACT and ATTR-ACT combined with the long-term extension study

ATTR-ACT long-term extension study sur 51 mois

30% réduction relative du risque de déces pour 80 mgvs 20 mg

Damy et al. European Journal of Heart Failure. 2021
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80-88 yo, Tafamidiz 80/61mg
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Acoramidis : selon statut ATTR-CM?

Figure 2. Kaplan-Meier Curves for Time to All-Cause Mortality (ACM) or First Cardiovascular Hospitalization (CVH) in the Wild -Type
Transthyretin Amyloid Cardiomyopathy (ATTRwE-CM) and Variant Transthyretin Amdoid Cardiomyopathy (AT TRy -CM) Subgroups
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Acoramidis : Chez des patients asymptomatiques ATTRv?

Acoramidis Transthyretin Amyloidosis Prevention Trial in the Young (ACT-EARLY) Study in
Asymptomatic Carriers of a Pathogenic TTR Variant

ClinicalTrials.gov ID @ NCT06563895

sponsor @ Eidos Therapeutics, a BridgeBio company

Information provided by @ Eidos Therapeutics, a BridgeBio company (Responsible Party)
Last Update Posted @ 2025-11-04
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Tafamidis

EMAPN 2011

RTU en France 2018

EMA et FDA 2019 ATTR-CM

2020 Avis HAS SMR et ASMR importants

Tafamidis 61 mg 1/j

= bioéquivalent tafamidis meglumine 80 mg (4 x 20 mg)
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Acoramidis R

FDA 2024 et EMA 2025
Avis HAS SMR/ASMR 1/12/2025

Acoramidis 712 mg x2/j

= acoramidis hydrochloride 800x2/j
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RNA therapies (si RNA or ASO)

Alter gene expression = degradation of TTR RNAmM
in hepatocytes

Transient effects

Gene therapies (CRISPR-Cas9)

Altering host DNA directly through gene addition,
editing or silencing.

Permanent effects

¥ Production protéine TTR

Fontana et al. EHJ. 2025
Jordan AJ, et al. Heart. 2025
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APOLLOB
Patisiran vs placebo

360 pat

ATTR CM, 20% ATTRv

12 mois

Randomisation tafamidis
25% sous tafamidis

Endpoint: 6 MWT
Secondary endpoint KCCMQ OS

NS sur morbimortalité CV

Maureretal. NEJM. 2023
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05/2024 : Cadre de Prescription Compassionnelle pour le Patisiran

EVALUATION DE LA PROGRESSION SOUS TAFAMIDIS 61mg selon le consensus de 'ESC ATTR-CM de 2021

Cardiomyopathie 1 parametre minimum doit étre coché dans 2 des domaines suivants : clinigue ou biclogique ou imagerie ou
initiotion/majoration des diurétigues
ATTRwt ou ATTRv
Clinigue Biolegique Imagerie
[ Mouvelle Hospitalisation pour 12
+ en l'absence de facteurs

;?ﬂ::;::fﬂmg;ﬁg:;mm dé = Augmentation de NT-proBNP, 7 Augmentation de I'épaisseur

|I"It0 lé rant au Tafamid iS inobhsarvance éju traitamant : {30% o Bﬂﬂpgl'r]_:l_u ITIjI'DEEI'dIIIIIJH {EI'I"IF!"I-]'

ou diuretique, fibrllation atriale
, C e s aroxystique, infection
Non réponse Tafamidis a 1 an Para/Iqus, tiwotian) =

| suamentation da Classe NYHA Augmentation de Troponine Augmentation du grade de

(30%) | fonction diastolique

+ I Dégradation de Qualité de vie - Changement de la fonclion

. : - ; systolique (25% déclin de la
glécéug }da 5-10 pts KCCQ ou 10% - Augmentation du Score NAC FEVG. »5mL de déclin du VES,

Edv>1 an | 21% augmentation du SLG)

* Déclin du TDME (30-40m) APRIATRION bel airerion de

[ L'initiation d'emblée ou la majoration de la dose de diurétique de I'anse d'au moins 40 mg (équivalent
furosémide) au cours des 12 mois précédents peut aussi étre considérée comme un critére de
progression.
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HELIOS-B

vutrisiran vs placebo
655 pat

36 mois

ATTR CM, 11% ATTRv

40% sous tafamidis gpe Vutrisiran

Primary end point : composite déces toute cause
et evts CV

Secondary end points : death from any cause, 6
MWT, KCCQ-OS scores

Fontana et al. NEJM. 2024
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CENTRAL ILLUSTRATION: Vutrisiran Reduces the Risk of Mortality and
Cardiovascular Events Among Patients With Transthyretin Amyloidosis With
Cardiomyopathy

Vutrisiran Improves Survival and Reduces Cardiovascudar Events in Patients with ATTR-CM

Significant Regduction in All-Cause

Vutresr an MOA

U~ Mortality Up to 42 Months
3 4 Plecebo
10 4 gt
25 + // Vutrisiran
20 A .."/r ..l

-

T~

O T T —— —— ' 129 | pmemm | R — P ——
O 3 6 9§ 1A s 30353638 2% gpen-label extension study from HELIOS-B
ST Cen e e on 42 months
— Pl2ceho — \Vutrisen
o Ui 3 Significant Reduction m CV Moctality and
| e CV Events Up to 36 Months
> ' 14 o
=== E 12 - Placebo
S~ « All-cause martality ' OIGR “_ 10 - trisirisi
(mn\ oy g ' 3% 5; 08 -
.’ « Composde of CY monality 2 0-6 /_/’
= W CY events \ 8% A
3i 04 4 = el
; 0.2 4
OO L4 L4 A Al L\ L4 A T 1 T

0 3 6 9 12 % 8 21 24 27 30 33 36 39
Maonths Since First Dase
— Paceba -~ Vutneran

Witteles RM, et al. JACC. 2025;85(20):1959-1970.
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Patisiran Vutrisiran
First generation siRNA Second generation siRNA
300 mg/kg/3S en IV 25 mg/3Men SC
FDA et AMM 2018 ATTRv PN FDA 2022 ATTRv PN
CPC 2024 FRATTR CM FDA et EMA 2025 ATTR CM

Refus acces precoce FR
Fixation ASMR en attente HAS
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NCT07052903

TRITON-CM: A Study to Evaluate Nucresiran in Patients With Transthyretin
Amyloidosis With Cardiomyopathy

Conditions

Transthyretin Amyloidosis With Cardiomyopathy

Locations
Washington D.C., District of Columbia, United States Brandon, Florida, United States

Gainesville, Georgia, United States Tucker, Georgia, United States

Show all 36 locations

Etude de phase | : Murad A., American Heart Association. Scientific Sessions 2024, unpublished data
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Oligonucléotides antisens

Inotersen
Table 2. Summary of Adverse Events.* NEURO-TTR
Placebo Inotersen inotersen SC 1/S vs placebo
Event (N =60) (N=113)
ne. of patients (%)
Any adverse event 60 (100) 111 {95} ATTRh avec PN
Event related to trial regiment 23 (38) BT (78)
Any serious adverse event 13 (22) 36 (32) 63% ATTRCM
Event refated to trial regiment: 1(2) B (7}
Glomerulonephntis ] 3 (3}t
Thrombacytopenia 0 Z(2) 172 pat
Deep-vein thrombosis 1(2) 1 [<1) .
Intracranial hemorrhage 0 1(<1)§ 15 mois
Tububaimerstitial nephritis 0 1(<1)9 s .
Simecmryamhiiam - o Bénéfice sur QdV et neuropathie
Embalic stroke 0 1=l Attention données de Safety
Myalopathy 0 1 (<1)
Dweath Q 5 (4)

Benson etal. NEJM. 2018
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Oligonucléotides antisens

Eplontersen Active, not recruiting £
CARDIO-TTRansform: A Study to Evaluate the Efficacy and Safety of Eplontersen (Formerly Known as
ION-682884, IONIS-TTR-LRx and AKCEA-TTR-LRx) in Participants With Transthyretin-Mediated
S s oot e - Amyloid Cardiomyopathy (ATTR CM)
E TR groemmn L t e ClinicalTriale.gov ID @ NCTO4136177
i: = : Sponsor I lonis Pharmaceuticals, inc,
.’E i L Information provided by @ lonis Pharmaceuticals, inc. (Responsible Party)
k™ 1 L] ] & )
. T T : - . Last Update Posted @ 2025-08-08
_ 2y A débuté en 2020
1k == L —— '
I _ — f ol = >1400 pat
l! o — — II i ATTRCMwteth
. = . " Eplontersen vs placebo
- - 140 sem
SC1/M
Etude NEURO-TTRansform 70% stabilizers estimated
ATTRv polyneuropathies composite endpoint: déces CV etrecurrent CV evts

34% cardiomyopathies et 69% sous tafamidis ou diflunisal groupe eplontersen

Données attendues également Scinti et MRI
Coelho etal. JAMA. 2023 Résultats pour ESC 2026
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Gene editing (CRISPR-Cas9)
NTLA-2001 or nexiguran ziclumeran or nex z
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At not recnutiing €]

MAGNITUDE: A Phase 3 Study of NTLA-2001 in Participants With Transthyretin Amyloidosis With
Cardiomyopathy (ATTR-CM)

ClirdcalTrials.gav 10 @ NCTDS1 28029

Sponsor B Intellia Therapeuics

Information previded by @ intellla Therapeutics (Responsible Perty)
Last Update Posted @ 20251202

interrompue

Estimated 1200 pat
composite outcome : CV mortality and CV events

6 puis 36 patients

2 études de phasel |

Une injection IV de Nex z

ATTR avec polyneuropathy et CM
Knockout mutation

Gillmore et al. NEJM. 2021
Fontana et al. NEJM. 2024
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Liver Manifestations of ,

ATTR Amyloidosis .

TTR Misfoided Amyloid NS Comsicatons _~ Replace

Tetramer Monomer Amyloidgenic Monomer Fibris Bioepe '/

% — - f ‘ ‘ /vcmsomm d 5
‘ " ’ = il | bz
e = ‘ J‘ Car%erunnei i /
yndrome ° /
Dlssoc!atlon Polymerization /) B 7

I T T ===

@ce Reduce Stabilize Disrupt Nm

Secretion into B!ood
TTR Synthesis

Sensory-Motor

Newopathy .« _/

2 clairance

Anticorps monoclonaux
ALXN2220
NNC019-0001
AT-02

Fontana etal. NEJM. 2023
Brannagan et al. J Peripher Nerv Syst. 2022
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Anticorps monoclonaux
NIO06 = ALXN2220

Etude de phase |
ALXN2220 vs placebo

ATTR CM avec IC
40 pat

InjIV/4S

90% sous Tafamidis

» fixation scintigraphie et ECV a M12, NTBNP, troponin T Last Update Posted @ 2025-11-17

™ KCCQ-OS scores
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recombinant human IgG1 monoclonale Ac anti monomere TTR et fibrille amyloide
Stimule phagocytose par macrophages des fibrilles amyloides

Active, not recruiting o

Study of ALXN2220 Versus Placebo in Adults With ATTR-CM (DepleTTR-CM)

ClinicalTrials.gov ID @ NCT06183931
Sponsor @ Alexion Pharmaceuticals, Inc.

Information provided by @ Alexion Pharmaceuticals, Inc. {(Responsible Party)

Enrollement actual 1159 pat

Safety : mild cytokine release syndrome
ortransient musculoskeletal symptoms

Garcia Pavia et al. NEJM. 2023
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Anticorps monoclonaux
NNC6019-0001 = PRX004 =
coramitug

Coramitug vs placebo
Etude phase Il

104 pat

ATTR-CM

InjIV/ 4S pdt 52S puis 12S FU

84% sous tafamidis et 7% silencers
primary endpoints :

3 Lanrdr'w

A
- -

NT4

¥ NT-proBNP Rerbe o pucpwts
NS 6MWT Coarsriteg &) rghy

s -
L
s

Corandiag V1 vyt “

» Coramitag Y vghg - Corwmtiyg 81 rghg - Paceto

v —
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Tirst sr e QR i (b |
n M
3 n
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Fontana et al. Circulation. 2025
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CLEOPATTRA: A Research Study to Look at the Effects of Treatment With a Medicine Called
Coramitug (NNC6019-0001) in People With Heart Failure Due to Transthyretin Amyloid (ATTR)
Amyloidosis (CLEOPATTRA)

Clinical Trials gov ID . HCTOTF207E11
Spenser I Move Mordisk A0S

Infessmation provided by W Novo Mordisk ASS {Reapanaible Party)
Last Updates Posted @ 202510-16
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Anticorps monoclonaux

AT-02

°
Study of AT-02 in Healthy Volunteers and Subjects With Systemic Amyloidosis (AT02-001)

ClinicalTrials.gov ID @ NCT05521022

sponsor @ Attralus, Inc.

Information provided by @ Attralus, Inc. (Responsible Party)
Last Update Posted @ 2024-04-03

Etude phase |
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Manifestatio_ns o_f ” Heart
ATTR Amyioodosz§,- Transplantation

&C&Sl‘:‘go:rﬁ irment 4
Amyloidgenic Monomer e %

v 9.4 t”l\
\l.’ & e
a5 .
Polymerization

Secretion into Btood
TTR Synthesis

@lace

\

5 Dlssoc!atlon

Stabilize

Replace
~ P

Dystunction

Carpal Tunne! ,
Syndrome 4 o

Lumbar Spinal

Stemasts

Autonomic”
Newopathy
Peripherat {

Sensoey-Motor

Newopathy .« _/

Brannagan et al. J Peripher Nerv Syst. 2022
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B ATTR ara 2 (20082017}
103 -
. — =, 558
£ :
I — ATTR wra 2 (2008-2017) :
- ;= Comprieon group i
i : Safety, Efficacy, and Pharmacokinetics of Tefamidis in Patients With Transthyretin-mediated
" T T L Amyloidosis Post Orthotopic Heart Transplantation
gerbeds W4T 6 a3 Iz - 48
mrisk 8 4 4 4 3 1 ClnicalTriais.gov 0 @ NCTOSB85523
Tima afler haart fracsplamiadion WQUWMdYuuSoMMMdNCm
tnformatien provided by @ Justin Geodin, 1 sty of Texas Southrwestern Madical Camer (Seaponstie Party)
B AL era 2 {2008-2017) Lot Update Posted @ 702500.05
Loy £
ui_\“]:lxﬁ
1 . | p=t.463
baama R G L e 1 AsEASEeEE R AL R §LRALELIEI SELTEES L0a = ; :
wh.-ru:h reaq::tred |:|p.1nent ma nagernen: lere Were 0 hrgher = ' :
—— AL ara 7 |2008-2017) -
S —— Cogareon graig |

1 year Zysars  lypam dypws S yean
palmein 142 b Al 72 ol A
Ambardekar et al. JACC Heart Failure. 2023

olrsk 6 it 0 ! E:] &
Time after heart transplantation Lakhdar et al. Heart Failure Reviews. 2022
Rosenbaum et al. Transplantation. 2018

Kristen et al. Journal of Heart and Lung transplantation. 2017
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Figure 4 Evolving lindscape of treatmen for transthyretin amyloid cardiomyopathy. Compheted and ongoing Phase 3 trials e reported together
with the years of approval by the Foed and Drug Administration or Eurapean Medidnes Agency

Fontana et al. European Heart Journal. 2025
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Griffin et al. JACC. 2025
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All-cause death or CV hosp ASMWD AKCCQ-0S
Tatamidia Acorunidin Tatemicis Acuramidie

Drug-to-drug

Study or Specific Drug Therapy Placebo Riuk Fatio
indirect Subgroun Events Total Events Total Weight RR  $5%Cl IV, Random, 95% CI
comparisons : -
TTR knock down
BEDLL G & i 4 k] TE% 080 Jl4; 5TE e
. S0 OB 5 181 B 178 2.0 GG ool 184 ——
Vitrisiran  Vutrisiran HELIOS B 5 ] ) 328 HeN 07 (oS3 Do) = B
monatherapy manatherapy MELURD TTR TRAMSFORRM 1 L o k] 0.3% 185 08 4355)
) Tolal 195% Ciy i 646 Fn’.r EF2  34.0% 070 [0.53; 0E2) g
All-cause mortality or cardiovascular  Sayeral imitations must be acknowledged. First, and more import- '~
160- ant, differences in trial design and in study populations complicate dir-
- X - u " T AT s0A% DED (053 0088 ]
7 ect efficacy comparisons, and any definite conclusion cannot bedrawn 1 e om st 1o -
¥ : 122 33 B6O0% 071 [0.56 0.84] -
g s from the present analyses. For example, a longer follow-up may reveal .v-«
% = Acoramids -
g, wee Fatmlan Tatal {855 G} 2z 1246 Fab] P05 100.0% 0D [0.60; LES] -*
& Hetemgensty: Tau' = 0 Chi = 081, df = & (9 = 0805 17 = 0% J I ! P
E S0 we= Placebo Tl bor owemP gffecl £ =-4.00 [P < Q01 ) {4,125 05 1 " 5 B
= o= Tofamids Tt dor subgroup Silerences: Chi® = 001, &f = 1 (F'= 0.54) Favors Specific Drug Theragy  Favors Placsba
3 2 AB-Cause Mortality
== e Vutrisiran
g 25+ Vutrisiran (mons) Fig. § Forest Flal v Subgioun anakpss of AT Cause Moitakty, TTR inock-down ferapies and TTH stabilzen sroved an egualy sfective wedacion in
‘6 all-gase momalty compsred ¥ placebe. Abbeiations: T Confiderce inharal, RR: Risk Ranio; TTR Trarsdhpsstin
= 2713 patients Prata et al. BMC Cardiovasc Disord. 2025
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T 2§ 1 % %

Ranking of Treatment -

Aimo et al. European Heart Journal Open. 2025
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Balance between amyloid deposition and clearance: theoretical models

Low rate of natural clearance

Lo of Hi ¢ of navural .
Lw:t;:ﬂmd-:nmg dunmr:tfndu::v:ol <hr:::‘ + reduction of .m;i:'wud
new amylold depcskion new amylod departion g anyold desrsnce
Armryloid
Stabilizers ou 0
silencers?
Start of treatment Start of treatment Start of t
: m’m&‘m«1m thatt § new amylod Wat § rerw prpdod & new amylad treatment T
w Rate of arvdord Cearance prodiction production production vt § oposts
1 clairance
dépots
amyloides?

Fontana et al. EHJ. 2025
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Questions en suspens

TABLE 3 Unanswered Therapeutlc Questions and Future Directions

Therapeutic Area ,—mﬂuﬂ— Potential Approaches to Address Emerging Questions
Indtial therapy Stabilizer or silencer? Comparatae effectiveness resaarch ising nationa data repositories of
Wihich stabilizes? real-warld data.
Wihich silancar? Single- or multicanter collaboratve research studles wsing existing
reqletries.

Endpaints could mclude progression of disease and finandal toxcty as
well as mortality and cardiowascular events.
Combining therapies Which combmation? Determing efficacy of combination therapy compared with
Initially or n serjec? mnotherapy.
Compare combination therapy at dizgnosis versus sequartial indtiation
[ag, with dlsease pragression),
Switch studies evaluating disease progression in those who switch v
continue nitial thesapy.
Cross-over studies camparing sngle and combsenation theragsy.
De-prescribing Coid de-prescribing reduce costs Trisds of de-prasonbing one TTR therapy while maintasning another on
without adversaly effecting bath short- and Long-term cutcomes,
efficacy? Lost effective analyses.
Prawvention of disease Lan wa prevant tha Ranclomized tnals of stabillvers in crmers of TTR variants near
of ATTR-CA? pradicted age of dizease onset (NCTOEREIRA5).
Randomized tials of DMTs in older adufts at rsk of develaping TTR
amyload cardiomyopathy (TTH amylod In carpal wirne o in other
arthapadic or noncardiac tlssue),

Loneg-term data Safety of therapy? Lse FOA Adverse Event Reporting System, Santined Initlative, sponsors
Emarging phenotypas? of pharmacovigilance safety databases, Vigibase, European Health
Cata and Evidence Metwork fo evaluate for any Lomg-term satety
iwslas,

Studes focused on clinical manfestations in "protected” areas (ooular,
LNS) in those en DMT,
Kaowel delivery madhanicms to target ocular and CHS production of TTR.

Griffin etal. JACC HF. 2025
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ATTR CM en France?

Tafamidis depuis 2018
Patisiran : CPC depuis 2024

Acoramidis Avis HAS SMR/ASMR 1/12/2025
Vutrisiran : Avis HAS SMR/ASMR en attente
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i’l ) Heart failure

* Volume management egarchess. ol LWEF .d
+ GOMT
+ Devices: CRT, ICD TS ——
« Ad edtheup‘es brmm“::k-mw "
e LVEF o ‘
‘ Aubvies NOT TS DD Tabla 1 Unsnswered questions
| = Rl
bl = Iy tharn & roln dor meubibnlalacten o ATTR-CM?
» Shiould ba atrial standstil an ‘off el anticoagiiation indication in
o
= |y thare 3 role for liop recordens m AT TH-CM mcndamng!
= AV block + Haw 10 define the optimal Peart sate fo pacing in these patiees!
« Atrial fibrillation = ‘Which is the role of mrdiac nehabibtation and exsercle in ATTR-CHE
o Sicldar death = How to manage end-stage HF and palkative care from g cardioz poirt of

s
= vhich are the recomenendations for caregvers!

) . = How do for patients im the era of d
(Q-) D b JNSEN Speciic s
ATTR-CM ATTR-CM s How 1o quantify estra:candiac amyloidosk and s dinicl burdes?
management treatment
4

L

T

Lack of RCTs Garcia Pavia et al. European Heart Journal. 2025

Need for better treatment algorithms Cabrera-Romero et al. Amyloid. 2024
Kang et al. International Journal of Cardiology. 2024

loannou A et al. Eur Heart J. 2023
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CENTRAL ILLUSTRATION Evolving Landscape and Emerging Therapeutic Questions in ATTR-CM

Increasing Number Majori ofThoseAﬂected

il

En conclusion

Diagnased

Beaucoup de molécules

Mécanismes différents
Undisgnsed Pas de comparaison directe

Pour quelle temporalité?

Emerging Therapeutic Questions Beaucoup de questions
Vivement 2026
« Stabilizers or sitencers? + Combination therapy?
+ Which stabilizer? « Switching therapy? —

« Which silencer? « Deprescribing therapy? ™9 { A
Silences Stabilize TTH ~ e
T = ‘:

,I\

N,
~ Griffin etal. JACC. 2025

Fontana et al. EHJ. 2025
Vergaro et al. Heart 2025

Griffin JM, et al. JACC Heart Fail. 2025;13(5):685-694.
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Block Protein Synthesis Stabilize Tetramer

« Nex-z (NTLA-2001) + Vutrisiran
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complex siRNA RISC }«so
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Target TTR @/
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TTR transcription TTR translation
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Griffin etal. JACC. 2025
Fontana et al. EHJ. 2025
Vergaro et al. Heart 2025
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Table 2 Summary of clinical and phamacolegical properties of ATTR amyloidosis treatments approved by the FDA and European Medicines Agency

Dosage and

Talwmicis A0 mo orally oove o day Wot requined, limied— None In itr hreast canonr Passible decrease Hypisensitivity 1o the actioe  Effeciae contriception & Viery commn: wrindry tract
ATatamidis miglumine) tkata in seven hepalic resistance peotein inhibition;  in T4 leyel withoit  ingnedient ar any of the nequired daing treasment imfections, vaginal infections,
61 moorally once a dind  and kideey dysfunclion potential intesnctions with  allecling e T4ar  eacipiens ard for 1 morth after dlisrthord and upper
{Takamidii} sidstralnd (o methotrodsle,  Hyrakd-Qimusating dizeanEfualion shdaminal pain

rosuvastatin and imatini) hermone

Aeocamidis™® 12 g orally tweo Simes Mo requined Hane Avakl moncomitant e Possible incease Mane inwudicientt data Diarthoes and upper
& dlay willhs wridine: 5'-diphespha- i deiim creatinine adaminal pain

glucnemsytansdemase geneialy oo
Inducess and steong CYF38  wilikin £ weaks of
Inducess. starting thesapy and
Cansider mane frequent stabikues
moritapg when -

atfrministered with sensitio

CYPRCS subntrabes,

Parisiran 0.3 mg'ig imtravencas et required. |t has nos  Hone Hore Decrense in serum Hong Mo gmilable data Upper respiratory tmct
emry d weeks ifweight.  been studied in sevem witamin & kevels mfections and infusion-relabed
<10tk hepatic and kidney reactions
{madimum dose 3D mg)  dyshanction
pveriesheation reguied

Vurrsiran 25 mg 5C once suent ¥ Nal requined If had M Here Decreans inserum  Manie Ma svailable dats Pain in extoemity, athralgia
months et bidon shudied vilamin & kmels vl dyspnoea

in moderatefsevana
hepatic and sevens
kidnay dystunctian

Ingtersen 2B may 5C once weekly Mot reqaired It has Hine Because of the sk of Possible decrease #  Flatelet mant Mo avallable data Viamings: thromboodopenia,

it been saudied thembocyiopenia and in plabeler court 100x10"1L glomendorephits,
in moderarelsevers remal toukcity, CEution and increase in B Lirine profsin-io- renal Euiciy, foke and
hepatic and wrnene shisudd b iied whin using  crestinine, agpanite critilinise ratio cenvicocephalic aiterial
kitnary dhyshunetian antiplsteletianticcaguianls.  Tarkaminase and 21 00mgly chissection, e injury,
and nephbrotoc dragt alanine ransaminase B Higary of acute isflmmatary and immine
reigu ey plomenutonephritis effarts
canrsed fy inaitersen
B Hynemensitiity i
inotersen
Eplontersen 45 miy 5C ance manthly Mo requined, it has Hune Decrease inserum Mone e s lable dats amiting and injecton site
rzt bean studied vitamin A kewels =i
in maderatelsevre
hepatic and e
khinny chshunctian

* Approwed cenly by the FOM (Novembee 202 4) for the treatmant of ATTR candomyopathy

ATTR, amyloid transshyratieg CYF, oytechroma PASG; FDA, Food and Drug Administration; 5C, subcutanacus: T4, thyrmaing.
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Liver Transplantation

TABLE 1. Factors to Consider for the Selection of OLT

Candidates

Age < 50 vears

Duration of symptoms < 7 years
Low pobyneuropathy disability score
Muodified body mass index > 600 kg/m*-g/L
No severe autonomic dysfunction

Absence of amylold cardiomyopathy

N SIETRITN Tyl LI 14

37 pat val met30

1 e

EVENEMENT HYBRIDE

Mercredi 17 décembre 2025

Fondation Biermans-Lapotre mPARIS

www.congres-amylose.com

[Rel L

AT M A Tirmz o symipoas T Gy Maln Findings
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Gond =1 al 203 E ar 13 4. Patisirom Caes Repoat Impeoeement in S o and dvspea; well mwheraed.
Fan 2t &L 2005 I =3 1z FA Taledis (pre & Case Repiat Irepeosermeera bn Ol il nary and RMIDInO e SR pIeess; no
s DL Imgrosemmer Ia miscle sirergih or BNP
Fiomse o m brveda | ar 1= ] Tafzmidiz Caze Repot EHnimal neumbsgical deteritencion oeer 18 manths well
= al, 2007 mdermied,
Sckenlilt et al. 23 G5R 12 o4 Tatishms Frenpeclive, Operi- 01 H rediction = TTH, g 1 KI5, QDL and
HiEE (4375} 5,1F Bt COMFASE-Z]; eoimisen ABD anshea, Infisdnn seect o
Pintian Riean
(TRgEl [B01
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CHomrmien #fal; A EL 1 .} Tahsshid: Barlpsmpectivie Case hpraredel dhysprem, BNP, dnd brogares; ne major advere
x4 minlian S vt
Bulireds @t al. L 44 1= 5 Tahimidix — T Ripest K reigars b Tafmiilic bhpeowad MIS sl 18 neaths
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[ Figurs 2 Kaplan-Maier pmarvivall pstimates for all patissts
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B p=0.0M
C 40 ;
= |
o . .
ol Wilczek et al. Amyloid. 2011
10 Adams et al. Nat Rev Neurol 2019
o .
- . - e e o Yamashita et al. Neurology. 2012

Time Irom dizasse onsel (yaars)

| mdicate e curve for the monbensplast grosg; |indicabe e corva fiee tha trarmglens
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Carvalho et al. Liver Transplantation. 2015
Ericzon et al. Transplantation. 2015
Santo et al. Transplantation Reviews. 2025
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