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Conclusions and implications

• Treating patients with tafamidis leads to substantially lower costs and patient 

burden compared with inotersen or patisiran

Introduction

• Transthyretin amyloid polyneuropathy (ATTR-PN) is a fatal disease associated 

with substantial burden of disease

• Three therapies are currently approved by the European Medicines Agency 

(EMA) for its management: tafamidis (Vyndaqel™), inotersen (Tegsedi™), and 

patisiran (Onpattro™)

• While ATTR-PN is rare worldwide, there are several key endemics in Spain

• Given the substantial patient and economic burden of ATTR-PN and the 

availability of disease-modifying treatment, it is becoming increasingly important 

to understand any differences in patient burden and overall cost of treatment 

between available therapies

• This study aimed to compare the total direct and indirect costs related to 

tafamidis, inotersen, and patisiran treatment of ATTR-PN in Spain

Summary at-a-glance: 
Tafamidis treatment of ATTR-
PN is associated with lower 

costs and patient burden 
compared with competitors
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Methodology (1/2)

• The cost inputs (see next slide), as well as the resource use and cost data used to inform them, were identified for 
inclusion in the analysis based on:

• Publicly available literature

• A data collection survey conducted by five Spanish ATTR-PN experts, which was used:

• Primarily to confirm that Spanish treatment approaches align with the data extracted from product labels

• To collect real-world on: patient characteristics; cost estimates; resource use (adverse events management and 
monitoring); and patient burden associated 
with travel and productivity loss

ATTR-PN, transthyretin amyloid polyneuropathy.
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An Excel-based patient burden and cost estimator tool was developed to quantify and compare the expected total 
time and cost burden of treatment for a hypothetical patient with ATTR-PN receiving tafamidis, inotersen or patisiran 

over a 1-year period
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Methodology (2/2)

AE, adverse event; ATTR-PN, transthyretin amyloid polyneuropathy; IV, intravenous; SOC, standard of care.

Read more: 

pages 2–4 of published paper 

The tool considered the following cost inputs:

• Drug and administration

• Tafamidis is provided as a capsule to be taken orally by the patient at home and does not incur administration fees

• Inotersen is provided to patients in a pre-filled syringe for subcutaneous self-injection, and concomitant vitamin A 
supplementation is recommended

• Patisiran is administered by intravenous (IV) injection in hospital by a medical professional every 3 weeks and 
requires prophylactic pre-treatment

• Adverse events (AEs) and monitoring

• AEs were selected for inclusion if they were reported as very common (occurred with frequency of ≥1 in 10 patients) 
or of special interest in the product labels and clinical trials; notably, patients receiving inotersen require monitoring

• Standard of care (SOC)

• In addition to assets to slow neuropathy progression, patients with ATTR-PN require treatment for symptom 
management

• Travel and productivity loss

• Due to a lack of literature about indirect costs, clinical expert survey responses informed data gaps related to travel, 
work, absenteeism, and foregone leisure time for patients and their caregivers 

https://pubmed.ncbi.nlm.nih.gov/33724140/


Costs were lowest across all categories for patients 
receiving tafamidis

*Assumed patient weight of 70.87 kg.
AE, adverse event; SOC, standard of care.
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• Total costs were generally highest for patients receiving patisiran, which incurred unique costs in two 
categories (pre-treatment regimen and administration)

• For all three therapies, drug acquisition amounted to the highest cost with each drug and strongly 
impacted the total cost difference between therapies

Pre-

treatment 

regimens

Drug 

acquisition

Administration Concomitant 

medications

SOC AEs Monitoring Indirect Total

Tafamidis 0.00 129,736.80 0.00 0.00 3,109.05 1,426.98 0.00 3,681.10 137,953.93

Inotersen 0.00 291,076 0.00 3.41 3,109.05 2,340.43 996.93 10,832.02 308,358.29

Patisiran 134.99 427,250.14* 11,147.60 3.41 3,109.05 1,882.84 0.00 15,243.43 458,771.45

Total healthcare costs (€) related to treatment with tafamidis, inotersen, and patisiran

https://pubmed.ncbi.nlm.nih.gov/33724140/


Indirect costs included travel and productivity loss

Read more: 

page 4–5 of published paper 

Some degree of travel was required by all patients regardless of their ATTR-

PN therapy for various treatment-related reasons, such as pharmacy 

pickup, administration, monitoring, and follow-up. Tafamidis yielded the 

shortest annual distance travelled of 377.69 km, with an annual cost 

of €238.33. Patients treated with inotersen and patisiran were required to 

travel 679.39 km and 985.68 km, resulting in annual costs of €428.71 and 

€823.15, respectively

Receiving 

ATTR-PN 

treatment is 

associated with a 

reduction in time 

available for work 

and leisure for 

patients and their 

caregivers

The annualized hours for work and leisure lost among patients and 

caregivers related to treatment was lower for tafamidis (232 hours) than 

for inotersen (699 hours) and patisiran (1,231 hours)

Accounting for the monetary value of work and leisure time, treatment with 

tafamidis was associated with a lower annual cost (€3,442.77) 

compared with inotersen or patisiran (€10,403.31 and €14,420.28, 

respectively)

ATTR-PN, transthyretin amyloid polyneuropathy.
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Marked differences in costs were observed between the 
three therapies
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• The total annual per-patient cost burden related to 
each treatment was:

• Tafamidis = €137,954

• Patisiran = €458,771

• Inotersen = €308,358

• Treatment with patisiran was 49% more costly than 
treating a patient with inotersen

• Treatment with patisiran was 233% more costly 
compared with tafamidis

• Treatment with inotersen was 124% more costly 
than with tafamidis

Total treatment costs

• As patisiran was associated with the highest total 

annual cost in this analysis, an alternative assumption 

allowing for home administration was tested in a 

scenario analysis

• Home administration slightly lowered the total 

treatment cost for patisiran by €8,237.70 (−1.8%) 

compared with the base case results

https://pubmed.ncbi.nlm.nih.gov/33724140/


Conclusions and implications

Discussion points

• This study shows large cost variations between the three 
therapy options, mainly due to drug acquisition

• The meta-analysis found that farther travel to healthcare 
services was associated with reduced patient outcomes and 
attendance at follow-up

• Variations in drug wastage were also identified: while 
tafamidis is prescribed as one capsule per day and inotersen as 
one pre-filled syringe per week, patisiran IV administration can 
require two to three vials per dose

• The survey of clinical experts revealed that employment status 
varied substantially between the therapy groups. The mean 
full-time employment rates of 4%, 22%, and 53% were estimated 
for inotersen, patisiran, and tafamidis, respectively.The authors 
suggest that employable, and presumably younger, patients are 
more likely to be prescribed tafamidis earlier in their disease in 
order to mitigate the heightened time loss associated with other 
ATTR-PN treatments

Links to further useful papers/materials: Stewart M, et al. Neurol Ther 2018;7(2):349–64

Implications

• This is the first analysis to consider direct and 
indirect costs for treating ATTR-PN beyond 
drug acquisition

• The results from this study show that treating 
patients with tafamidis would result in 
substantially lower costs and lower patient 
burden compared with inotersen or patisiran

• The increased productivity and loss of leisure 
time was largely due to the administration 
requirements of patisiran and monitoring 
requirements of inotersen

• Responses from the clinical experts were 
consistent with the publicly available and 
peer-reviewed data that were used to inform the 
cost estimator tool, making it possible to 
extrapolate these analyses to regions outside 
of Spain

ATTR-PN, transthyretin amyloid polyneuropathy; IV, intravenous.
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