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Background: Clinical trials are fundamental to systematically bringing about therapeutic 

advancements and improve patient outcomes. Access to clinical trials is even more critical in 

rare, incurable cancers like WM, where approved therapies and dedicated trials are limited. We 

studied access to novel therapeutics through availability of clinical trials, explore 

disproportionate opportunities for WM patients.  

 

Methods: We abstracted data from clinicaltrials.gov for all trials that had WM as an inclusion 

indication between 1999-2018. Clinical trial characteristics and distribution over U.S. 

geographical divisions (West, Midwest, Northeast, South) were studied, and differences were 

tested by Chi-square test.  

 

Results: A total of 226 clinical trials were identified, of which 133 had been completed, 49 were 

active and 43 were recruiting at the time of data abstraction. Trials were subgrouped as for WM 

alone (n=31), all non-Hodgkin lymphoma (NHL) (n=30), any advanced hematologic malignancy 

(heme) (n=128) and any advanced malignancy (advanced) (n=37). Trials by phase and 

diagnosis subtype are shown in Figure 1a. Trials by geographic division included 92 in West 

(41%), 96 in Midwest (42%), 100 in Northeast (44%) and 62 in South (27%), with several trials 

available in >1 region. (Figure 1b) Twenty-four trials were randomized, with 2 for WM-only. 

Monoclonal antibodies were used in 29% of the trials and 49% used other immunotherapies. 

Majority (74%) trials were available at NCI/NCCN cancer centers only, while 4% at non-

NCI/NCCN sites only and 28% at both. Trials were open at 1,118 sites across the U.S. with 261 

(23%) sites in West, 487 (44%) in Midwest, 216 (19%) in Northeast and 154 (14%) in South. 

Phase 1 trials were available at 19% sites, Phase 1/2 at 14%, phase 2 at 32% and phase 3 at 

35% sites. A total of 16,031 patients were reported enrolled with median 42 patients enrolled 
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per trial, while median 33 patients were enrolled in WM-only trials. There were no statistically 

significant difference for clinical trials by phase of trial across U.S. geographical divisions 

(p=0.54), but number of sites where trials were available across the U.S. was significantly 

different, with most phase 1, phase 1/2 and phase 3 sites in the Midwest while most phase 2 

sites in the U.S. West (p<0.001). We separately analyzed clinical trials for WM-only and NHL, 

and there was no significant difference in trials by phase across U.S. geographic divisions 

(p=0.68). But trials for WM and NHL were also available at a significantly different number of 

sites across the U.S. (p<0.001), with most phase 1 sites in Midwest, most phase 1/2 and phase 

2 sites in Northeast and most phase 3 sites in the U.S. West.  

 

Conclusions: Widespread access to clinical trials within a cancer diagnosis is imperative for 

generalizability of trial results. In a comprehensive analysis we note that there is dearth of 

dedicated WM clinical trials, especially innovative phase 1 trials. While it may appear that 

clinical trials are available across the U.S., sites where they are open are distributed unevenly, 

giving rise to a disparity in access to evidence-based therapeutic advancements for patients. 
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Figure 1a: Trial Phase by Diagnosis Inclusion Subtype 
 

 
 
Figure 1b: Trial Geographic Distribution by Diagnosis Inclusion Subtype 
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