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ATTR-CM, transthyretin amyloid cardiomyopathy; TTR, transthyretin.
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Current therapeutic concepts in ATTR-CM1–3

Image adapted from Ruberg FL, et al. J Am Coll Cardiol 2019;73:2872–91 and Emdin M, et al. Eur Heart J 2019;40:3699–706.
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• Liver transplantation

• TTR silencers

• Gene editing

Tafamidis is the only licensed treatment in ATTR-CM that specifically targets TTR destabilisation —the cause of 

disease pathogenesis— and fortifies the TTR tetramer to preserve its natural function3, 5–12



Number needed to treat4: 

7.5
~8 patients would need 
to be treated to prevent 

one death within 

30 month-study period

No. at risk (cumulative no. of events)1

Pooled 
tafamidis

264 (0) 259 (5) 252 (12) 244 (20) 235(29) 222 (42) 216 (48) 209 (55) 200 (64) 193 (71) 99 (78) 0 (78)

Placebo 177 (0) 173 (4) 171 (6) 163 (14) 161 (16) 150 (27) 141 (36) 131 (46) 118 (59) 113 (64) 51 (75) 0 (76)

Figure adapted from Maurer MS, et al. N Engl J Med 2018;379:1007–16.
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All-cause mortality: pooled tafamidis n=78 (29.5%) vs. placebo n=76 (42.9%); p=0.0259

Analysis not adjusted for multiplicity
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Tafamidis reduced all cause-mortality by 30% in ATTR-CM 
over 30 months vs placebo

Maurer M et al NEJM 2018
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RRR: 32%
ARR: 0.68%

Pooled tafamidis
n=138 of 264 patients

Placebo
n= 107 of 177 patients

0.70

0.48

Individual component: CV-related hospitalisations frequency during 30 months1*

Number need to treat2: 

4 
~4 patients would need to be 

treated to prevent 

1 CV-related hospitalisation 

per year

Relative risk ratio 0.68 
(95% CI: 0.56-0.81); 
P <0.00011,3 

Tafamidis significantly reduced CV-related hospitalisations 

vs placebo over 30 months1

Maurer M et al NEJM 2018
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Dose efficacy of Tafamidis in ATTR-CA

Damy et al, Eur J Heart Failure 2020



Post-hoc analysis of ATTR-ACT and LTE: All-cause mortality 
in patients <80 and ≥80 years of age treated with Tafamidis

80mg1

The use of continuous tafamidis in octogenarians resulted in longer median survival and lower mortality than 

those initially treated with placebo before transitioning to tafamidis free acid 61 mg

<80 

Garcia Pavia P et al, JACC HF 2023

Placebo

Tafamidis 80mg

Continuous 
tafamidis 
(tafamidis 
meglumine 80 
mg/ tafamidis 61 
mg) 

Placebo

Continuous 
tafamidis 
(tafamidis 
meglumine 80 
mg/ tafamidis 61 
mg) 

Tafamidis 80mg



Post-hoc analysis ATTR-ACT LTE study of the effect of Tafamidis
on patients with mildly reduced/reduced or preserved ejection fraction 

+=censored. ATTR-ACT, Transthyretin Amyloidosis Cardiomyopathy Clinical Trial; ATTR-CM, transthyretin amyloid cardiomyopathy; LTE, long term extension; LVEF, left ventricular ejection fraction.
1. Drachman B, et al. Eur J Heart Fail 2024 doi: 10.1002/ejhf.3330; 2. VYNDAQEL 61 mg (tafamidis) Summary of Product Characteristics.

Figures reproduced from Drachman B, et al. Eur J Heart Fail 2024 doi: 10.1002/ejhf.3330.

These findings demonstrate the efficacy of tafamidis in patients with ATTR-CM irrespective of LVEF

LVEF ≥50%LVEF <50%

Continuous tafamidis Placebo to tafamidis



Tafamidis en France

INDICATION NEUROLOGIQUE

INDICATION CARDIOLOGIQUE

Tafamidis meglumine 20mg
Tafamidis meglumine 80mg

Tafamidis Free Acid 61mg

Tafamidis meglumine 20mg

“Accès Précoce” : “RTU”

2021 Juin

AMM

2018 Nov



• Male (68.0%) with a mean age of 57.2+/-17.2 years 

• First symptom(s-diagnosis was 3.4+/-4.3 years 

• First symptoms:
• Sensory complaints (85.9%)

• Dysautonomia (38.5%) 

• Motor deficits (26.4%)

• Carpal tunnel syndrome (31.5%)

• Shortness of breath (13.3%) 

• Unexplained weight loss (16.0%)

• Tafamidis meglumine was initiated in 156/214 (72.9%) 

• Median treatment duration was 6.00 years 

• Tafamidis was well tolerated, with 20 adverse events 
likely related to study drug among the 336 patientsAdams D et al,  Revue Neuro 2024

meglumine 20 mg. 



Labeyrie C et al, European Journal of Neurology 2024



Labeyrie C et al, European Journal of Neurology 2024

N= 16

N= 19Neuropathy 
Impairment Score,
and autonomic 
function.

Change in PND score during the tafamidis and 
patisiran treatment periods.

mNIS PND

•Trouble sensoriel, Marche OK
•Marche altérée sans canne
•Marche altérée avec une canne
•Marche altérée avec 2 cannes
ou béquilles



Lairez O et al, ACVD 2024

2788



Lairez O et al, ACVD 2024

Données de la fiche d’initiation de la RTU





Impact of Tafamidis on survival of elderly patients 
in real-world setting – Healthcare European Amyloidosis Registry

Jobbe-Duval A et al, in preparation HEAR Registry, database JUNE 2021-JUNE 2024



Impact of Tafamidis on survival of elderly patients in real-world 
setting – Healthcare European Amyloidosis Registry

Jobbe-Duval A et al, in preparation HEAR Registry, database JUNE 2021-JUNE 2024

4310

2176

1194 = Tafa 80mg/61mg186 = No Tafa

ATTR>80 years old



Impact of Tafamidis on survival of elderly patients in real-world setting 
Healthcare European Amyloidosis Registry

Table 1. Baseline characteristics of the study population according to treatment status
Variables Overall                             No Tafamidis Tafamidis 80/61mg P value
N (%) 1380 186 (13) 1194 (87)
Demographic data

Age, years 85 [83 - 88] 83 [82 - 85] 86 [84 - 88] <0.001
Time to diagnosis from 1st CV symptom, months 13.0 [3.0 - 64.0] 14.5 [4.0 - 65.0] 13.0 [3.0 - 52.0] 0.362
Men, n(%) 1075 (77.9) 140 (75.2) 934 (78.2) 0.384
BMI, kg/m2 24.8 [22.8 - 27.1] 24.6 [23.1 - 27.1] 24.8 [22.8 - 27.1] 0.611

Diagnosis
ATTRwt, n(%) 957 (69.4) 114 (61.1) 841 (70.4) 0.017
ATTRv, n(%) 75 (5.5) 32 (17.2) 47 (3.9) <0.001
ATTR not genotyped, n(%) 180 (13.0) 39(21.0) 143 (12.0) 0.001
ATTR undergoing genetic testing, n(%) 166 (12.1) 1 (0.7) 163 (13.7) <0.001
HR, bpm 75.0 [66.0 - 86.0] 75.0 [65.5 - 87.0] 77.0 [69.0 - 85.0] 0.200
SBP, mmHg 134.0 [121.0 - 146.0] 128.0 [117.0-143.0] 134.0 [121.5 - 146.0] <0.001
DBP, mmHg 73.0 [66.0 - 81.0] 74.0 [66.5 - 80.5] 73.0 [66.0 - 81.0] 0.008

Biomarkers
NT-proBNP, ng/L 2492.5 [1264.0 - 4741.5] 4854.0 [2049.5 - 8903.0] 2330.0 [1202.5 - 4483.0] <0.001
hs-TnT, ng/L 56.0 [41.8 - 80.0] 74.0 [55.0 - 108.0] 55.0 [40.5 - 77.0] <0.001
Creatinin, mol/L 106.0 [87.8 - 131.3] 117.0 [89.0 - 140.0] 106.0 [86.5 - 130.0] 0.130
eGFR, ml/min/1,73m2 44.2 [34.2 - 54.2] 41.7 [35.85 - 49.2] 45.1 [34.1 - 54.5] 0.042
PAL, UI/L 91.0 [69.0 - 115.0] 107.0 [80.5 -133.5] 88.0 [68.5 -114.0] <0.001
Hemoglobin, g/dl 13.1 [12.2 - 14.2] 13.0 [11.8 - 14.0] 13.2 [12,.3 - 14.2] 0.049

Echocardiographic features
IVS, mm 16.2 [14.3 - 18.7] 18.0 [15.0 - 20.0] 16.0 [14.1 - 18.0] <0.001
LVEDD, mm 43.5 [39.0 - 48.0] 44.0 [40.0 - 49.0] 43.0 [39.0 - 48.0] 0.469
LVEF, % 54.4 [46.4 - 61.0] 48.0 [39.0 - 56.0] 55.0 [48.0 - 62.0] <0.001
GLS,  % 11.7 [9.0 - 14.0] 9.7 [7.6 - 11.7] 12.0 [9.4 - 14.4] <0.001
PAPs, mmHg 29.7 [21.2 - 36.0] 32.1 [27.0 - 37.9] 29.2 [21.2 - 36.0] 0.047

HEAR 
Registry, 
databas
e JUNE 
2021-
JUNE 
2024



Impact of Tafamidis on survival of elderly patients in real-world setting  
Healthcare European Amyloidosis Registry

Jobbe-Duval A et al, in preparation HEAR Registry, database JUNE 2021-JUNE 2024

Tafamidis 80/61mg

No Tafamidis

36

p <0.0001

Tafamidis 80/61mg

No Tafamidis

Time (Month)
No Tafamidis

Tafamidis 80/61mg

p <0.0001

Score de Propension
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