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sponsor was insufficient to draw to 
conclusions on this claim. Clinical expert 
feedback noted that the this may be 
plausible, but there is no robust evidence 
supporting this assumption, and as such, 
assumption was highly uncertain.  

The data showed that patients on deferiprone 
have a lesser detrimental impact on kidney 
function as measured by changes in eGFR and 
serum creatinine levels over time. However, we 
acknowledge that the due to the small sample 
size (n=65), the changes in renal function with 
deferiprone are not sufficiently large enough to 
reach statistical significance when compared 
against DFX and DFO.  

• The sponsor’s 3-health state Markov model 
is insufficient to capture the care pathway 
and may incorrectly estimate the total costs 
and QALYs of patients with SCD or other 
anemias. The sponsor’s model also did not 
allow patients who failed the first ICT to 
receive subsequent ICTs; this assumption 
did not align with clinical practice based on 
feedback from the clinical expert consulted 
by CADTH, and overestimated any benefits 
associated with decline in renal function 
attributed to deferiprone.  

Although we acknowledge that the three-state 
Markov model may overestimate the long-term 
health benefits and decline in patients’ renal 
function, however this model was deemed to be 
most appropriate given the availability of trial 
and publicly accessible data for patients 
receiving subsequent ICTs. As such, splitting 
the health state by line of therapies will 
introduce considerable uncertainties to the cost-
effectiveness model given the paucity of 
evidence. Based on the main assumption of the 
model of similar efficacy across treatment arms, 
expanding the model structure to include 
subsequent treatments is unlikely to change the 
overall model results.  

• The sponsor’s economic model did not 
consider all relevant comparators for patients 
with SCD or other anemias receiving chronic 
transfusion. Patients may receive multiple 
ICTs, or exchange transfusion which negates 
the need for ICT. The model was not flexible 
assess the cost-effectiveness of deferiprone 
in these situations. 

Although combination therapies might be used 
in clinical practice, however, it is important to 
note that the company was not able to identify 
clinical data in the systemic literature searches 
for patients receiving combination ICTs. 
Therefore, the inclusion of such comparators in 
the cost-effectiveness model would require 
adopting assumptions around the clinical 
efficacy, which would introduce considerable 
uncertainties to the cost-effectiveness analysis 
results.  

• The sponsor’s assumption regarding ICT 
discontinuation due to causes other than 
renal impairment was not supported by any 
robust evidence. The clinical expert 
consulted by CADTH advised that the 
decision to stop ICT is dependent on iron 
burden, which can vary overtime. 

For the first 12 months, treatment 
discontinuation for other than renal impairment 
was sourced from the clinical study report 
(CSR) of the LA38-0411 trial for DFP and DFO. 
As DFX was not included in the trial, rates of 
discontinuation for DFX were sourced from the 
RCT published by Vichinsky et al., 2007.1 Given 
the short follow-up trial durations, and due to the 
paucity of data on long term treatment 
discontinuation, a decrease of 0.5% per cycle 
was assumed beyond month 12. Although, this 
assumption oversimplifies the treatment 
discontinuation in clinical practice, however, 
model results were not overly sensitive to 






