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Sponsor 

Novartis Pharmaceuticals 

 

Generic Drug Name 

Tyrosine Kinase receptor 

 

Trial Indication(s) 

Chronic Myeloid Leukemia (CML) 

 

Protocol Number 

CABL001AUS07 

 

Protocol Title 

Real-World Treatment Patterns, Healthcare Resource Utilization and Associated Costs among Patients with Chronic Myeloid Leukemia in 

Later Lines of Therapy 

 

Clinical Trial Phase 

NA 

 

Phase of Drug Development 

NA 

 

Study Start/End Dates   

Study start date: 08/03/2021 
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Study Completion date: 15/10/2021 

 

Reason for Termination  

NA 

 

Study Design/Methodology 

A retrospective, non-interventional cohort study was used to address the study objectives. A cohort of adult patients with CML who were 

treated with TKIs were identified using the IBM® MarketScan® Commercial and Medicare Supplemental databases (commercial claims; the 

MarketScan database) to have a better understanding of real-world treatment patterns, HRU and healthcare costs among patients with CML 

treated with later lines of therapy (i.e., third line or later). 

For Phase I, the IBM® MarketScan® Commercial Claims and Encounters and Medicare Supplemental Databases were used (commercial 

claims). The commercial claims covered the period from 01/01/2001 to 06/30/2019. 

The study consisted of the following periods: 

- The baseline period was defined as the 6-month period before the first line therapy initiation for CML. 

- The observation period was defined as the period of at least 12 months from the first CML diagnosis to the end of data availability or end of 

health plan coverage, whichever occurs first; the observation period varied by patient. 

 

Centers 

Novartis Investigative Site 

Objectives: 

Primary objective(s) 

• To evaluate treatment patterns in patients with CML who were previously treated with TKIs, who are relapsed/refractory to/intolerant 

of TKIs on third or later lines of therapy 
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• To evaluate HRU and costs among patients with CML who were previously treated with TKIs, who are relapsed/refractory to/intolerant 

of TKIs on third or later lines of therapy 

Secondary objective(s) 

• To estimate the prevalence of patients with CML who were previously treated with TKIs, who are relapsed/refractory to/intolerant of 

TKIs in second-line or third or later lines of therapy 

• To estimate HRU and costs among patients with CML in first-line or second-line of therapy 
 
Test Product (s), Dose(s), and Mode(s) of Administration 
 NA 

Statistical Methods  

A descriptive analysis was carried out to assess CML treatment patterns, HRU, and healthcare costs among patients who were 

relapsed/refractory to/intolerant of TKIs. These descriptive statistics consisted of frequencies, proportions, means, standard deviations, and 

medians. HRU and direct healthcare costs were reported as of third line therapy initiation, as well as during third and fourth line therapy. 

 

Prevalence of patients with CML who had a third line therapy were reported from 2008 to 2018 (MarketScan databases). 

 

In addition to primary and secondary outcomes, patient characteristics were reported for the overall study sample, patients with CML who 

initiated third line therapy. Continuous variables were summarized using means, standard deviations, and medians. Categorical variables were 

summarized using frequencies and proportions. 

 

Study Population: Key Inclusion/Exclusion Criteria  

 

Inclusion criteria  

Patients were selected for the analysis of later lines of therapy in commercial claims (i.e., were previously treated with TKIs, who are 

relapsed/refractory to/intolerant of TKIs) if they met the following criteria: 
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- Had at least one diagnosis for CML, with first CML diagnosis observed in claims on or after May 10, 2001, the date of FDA approval for 

imatinib 

- Were at least 18 years of age as of the first CML diagnosis 

- Started a first line therapy for CML with imatinib, dasatinib, nilotinib, or bosutinib (conditional on FDA-approval dates) 

- Initiated first line therapy within a maximum of 1 month prior to the first diagnosis for CML or a maximum 3 months following the first 

diagnosis for CML 

- Had continuous health plan enrollment (pharmacy and medical benefits) from the washout period to at least 12 months following  the first 

CML diagnosis. Patients were further classified into CAR-T IP and CAR-T OP cohorts depending on where the administration occurred. 

 

 

Exclusion criteria 

- Patients had a diagnosis for CML remission or relapse any time prior to first line therapy 

- Patients had a medical claim associated with a clinical trial during the washout period up to the end of the observation period 

- Patients had an HSCT during the washout period up to the first line therapy initiation 

- Patients had chemotherapy treatment (except hydroxyurea) during the washout period up to the first line therapy initiation 

 

 

Participant Flow 
The sample size included 3,234 patients who initiated at least one line of TKI therapy. Of these, 296 initiated third line TKI therapy. 
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Baseline Characteristics 
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Description of patient clinical characteristics 
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Primary Outcome Result(s) 

Treatment sequences 
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Treatment patterns, by line of therapy, among patients with three lines of therapy or more 
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HRU among patients with three lines of therapy or more 

 

 

 

 

 

 

 

 

 

 

 

 



  Page 11 of 17 

Clinical Trial Results (CTR) 

  CABL001AUS07 

 

Healthcare costs among patients with three lines of therapy or more 
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Secondary Outcome Result(s) 

Prevalence of later lines of therapy, second line of therapy 
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HRU among patients with earlier lines of therapy 
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Healthcare costs among patients with earlier lines of therapy 
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Safety Results 
NA 

 
Other Relevant Findings 
None  

 
Conclusion 
This study characterized Chronic Myeloid Leukemia patients receiving later lines of therapy, a clinical population which has not been 

previously well studied with important unmet treatment needs as they repetitively fail Tyrosine Kinase Inhibitor (TKI) therapy. 

Although the majority of patients were likely fit for Stem Cell Transplant (SCT), SCT was rare. In addition, patients quickly switched to the 

subsequent line of therapy, both facts suggesting that an important proportion of patients were intolerant to previous TKIs. 

While pharmacy costs accounted for nearly half of the total cost burden during third line, the proportion of medical costs Per-Patient-Per-

Month (PPPM) took more importance following third line therapy, with Inpatient costs being the primary cost drivers for this increase. 

These findings support the need for better treatment options in pts with Chronic Myeloid Leukemia undergoing later lines of therapy. 

 
Date of Clinical Study Report 
30 June 2021 


