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• Waldenström macroglobulinemia (WM) is a chronic 
lymphoproliferative disorder characterized by a monoclonal expansion 
of predominantly small B lymphocytes in the bone marrow.1,2

• WM is rare, constituting only 1-2% of all hematologic malignancies, 
with little consensus for standard of care.1-3

• Although WM is an indolent malignancy, it can cause considerable 
morbidity and detrimental effects on quality of life, especially in the 
elderly population most commonly affected, and few patients achieve 
complete remission.3,4

• Current treatment options for WM are improving patient outcomes; 
however, WM remains an incurable disease. Notably, a number of 
promising treatment options are currently being evaluated, and while 
understanding of the disease is rapidly evolving, many questions about 
the disease remain.1,3-5

Background

• A systematic literature review (SLR) was performed with a predefined 
methodology and inclusion criteria (Table 1). 

• Results were evaluated by geography: United States (US), European 
countries (EU), China, and rest of the world (ROW).

Methods

SLR Findings: Economic Burden in WM
• Current studies evaluating the economic burden of WM are lacking.
• A US study found that although treatment innovations (such as 

rituximab, bortezomib, and bendamustine) contribute to improved 
survival, they may also significantly increase costs; ie, mean Medicare 
costs in first treatment year: $9,464 before 2000 to $29,490 after 2008 
(2013 US dollars, most recent data available).7

• A 2017 Italian economic model found the novel agent ibrutinib had an 
incremental cost effectiveness ratio (ICER) of €52,698/life-year gained 
(LYG), which the authors considered below a willingness-to-pay (WTP) 
threshold of €60,000/LYG.8

• A 2018 UK economic model concluded the most plausible ICER for 
ibrutinib was at least £54,100/quality-adjusted LYG, which the authors 
stated exceeded a WTP threshold of £30,000/quality-adjusted LYG.9

Current Evidence Gaps in WM Based on SLR Findings

Large, real world epidemiologic studies using diagnosis verification

Data on WM burden largely restricted to US and EU populations; data in Asia-
Pacific, Latin America, and other regions of the world are limited

Data evaluating ethnic, racial, and geographic disparities in WM incidence, clinical 
presentation, and outcomes 

Studies on WM-related economic burden (eg, cost of illness, healthcare utilization) 
and humanistic burden (eg, effects on quality of life, activities of daily living, 
caregiver health)

Effects of mutation status and biomarkers on WM outcomes and evaluations of 
effective therapies targeting these alterations

The economic and clinical burden of secondary malignancies in WM, and effective 
therapies with a lower risk of secondary malignancies
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Figure 1. Flow Diagram of Study Identification and Inclusion

Table 1. Methodology

• Of the 1146 evaluable publications, 51 were included based on search 
criteria (Figure 1). 

Figure 2. Number of Studies by Geography and SLR Topic
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Table 3. WM Survival – Trends and Prognostic Factors

SLR Findings: Epidemiology, Survival, and Prognosis of WM
• WM epidemiology and survival trends varied among studies, in part 

due to methodological limitations of available studies (eg, small 
population-based registries, lack of diagnosis verification, 
misclassification rates, missing patient data).

• Most available data suggest an overall stable incidence of WM with 
considerably increased survival in recent years, though survival rates 
vary widely among studies (Tables 2 and 3).

• Racial disparities may exist in WM; some studies report significantly 
reduced overall survival (OS) for Hispanics vs Whites overall and 
significantly reduced OS for African Americans and Hispanics vs Whites 
in male patients (Figure 3). 

Table 4. Complications Reported in Patients with WM
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Figure 3. Median Overall Survival by Race: US Population-Based Study6

Results

Table 2. WM Epidemiology Data in Current Literature

Objective
• The objective of this SLR was to review the global epidemiology and 

clinical (eg, survival, prognosis, complications), economic (eg, cost-
effectiveness, cost of illness), and humanistic (eg, quality of life) 
burden of WM and evaluate current evidence data gaps.

• This study reviewed the burden of WM across regions (US, EU, China).
• Although rare, WM results in significant clinical (eg, complications, 

survival) burden; economic burden data are limited but suggest 
treatment innovations may be associated with both clinical benefits 
and increased costs. 

• Unmet needs and data gaps on WM-burden exist; future studies are 
needed to understand the true burden of WM in the current 
treatment landscape.

Conclusions

SLR Findings: Other Clinical Burden in WM
• Data show WM is associated with a number of complications, including 

secondary malignancies, thrombosis, renal diseases, symptomatic 
hyperviscosity, and autoimmune manifestations (Table 4).
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