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judgment in respect of the care of a particular patient or other professional judgment in any decision-making process. The Canadian Agency for Drugs and 
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to help make informed decisions about the optimal use of drugs, medical devices, diagnostics, and procedures in our health care system. 
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Research Questions 

1. What is the clinical effectiveness of difluoromethylornithine (DFMO) for the treatment or 

preventative treatment of neuroblastoma in the pediatric population? 

2. What is the cost-effectiveness of difluoromethylornithine (DFMO) for the treatment or 

preventative treatment of neuroblastoma in the pediatric population? 

3. What are the evidence-based guidelines associated with the use of  

difluoromethylornithine (DFMO) for the treatment or preventative treatment of 

neuroblastoma in the pediatric population? 

Key Findings 

One non-randomized study was identified regarding difluoromethylornithine (DFMO) for the 

treatment of prevention of neuroblastoma in the pediatric population. 

Methods 

A limited literature search was conducted on key resources including PubMed, Embase via 

Ovid, The Cochrane Library, University of York Centre for Reviews and Dissemination 

(CRD) databases, Canadian and major international health technology agencies, as well as 

a focused Internet search. No filters were applied to limit the retrieval by study type. The 

search was limited to documents published between January 1, 2008 and September 28, 

2018. Internet links were provided, where available. 

Selection Criteria 

One reviewer screened citations and selected studies based on the inclusion criteria 

presented in Table 1. 
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Table 1: Selection Criteria 

Population Children with relapsed or refractory neuroblastoma, children with neuroblastoma in remission for which 
Difluoromethylornithine (DFMO) is being used to prevent recurrence (e.g., patients with high-risk disease). 

Intervention Difluoromethylornithine (DFMO) alone or in combination with other anticancer agents 

Comparator Q1-2: Chemotherapy; 
           Biologic-based therapy; 
           Targeted oral therapy; 
           Retinoid therapy; 
           Radiation therapy; 
           High-dose chemotherapy with stem cell rescue; 
           Surgery; 
           Placebo/sham; 
           Observation/watchful waiting 
Q3:     No comparator 

Outcomes Q1:     Clinical effectiveness (e.g., but not limited to, tumor size reduction, time to progression, progression 
           rate, survival rate [progression-free, overall, recurrence rate/free], quality of life) and safety (e.g., 
           toxicity, adverse events, discontinuation [due to treatment or other reasons])  
Q2:     Cost-effectiveness (e.g., cost per QALY increase) 
Q3:     Guidelines 

Study Designs Health technology assessments, systematic reviews, meta-analyses, randomized controlled trials, non-
randomized studies, economic evaluations, and evidence-based guidelines   

 

Results 

Rapid Response reports are organized so that the higher quality evidence is presented first. 

Therefore, health technology assessment reports, systematic reviews, and meta-analyses 

are presented first. These are followed by randomized controlled trials, non-randomized 

studies, economic evaluations, and evidence-based guidelines. 

One non-randomized study was identified regarding the effectiveness of 

difluoromethylornithine (DMFO) for the treatment and prevention of neuroblastoma in the 

pediatric population. No relevant health technology assessments, systematic reviews, 

meta-analyses, randomized controlled trials, economic evaluations, or evidence-based 

guidelines were identified.  

Additional references of potential interest are provided in the appendix. 

Health Technology Assessments  

No literature identified. 

Systematic Reviews and Meta-analyses 

No literature identified. 

Randomized Controlled Trials 

No literature identified. 

 



 

 
REFERENCE LIST Difluoromethylornithine for the Treatment of Neuroblastoma in the Pediatric Population 5 

Non-Randomized Studies 
 

1. Saulnier Sholler GL, Gerner EW, Bergendahl G, et al. A Phase I Trial of DFMO 

Targeting Polyamine Addiction in Patients with Relapsed/Refractory Neuroblastoma. 

PLoS One. 2015;10(5):e0127246. 

PubMed: PM26018967 

Economic Evaluations 

No literature identified. 

Guidelines and Recommendations 

No literature identified.  

http://www.ncbi.nlm.nih.gov/pubmed/26018967
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Appendix — Further Information 

Review Articles 

2. Marachelian A, Hogarty MD, Flynn A, et al.  NANT 2012-01: Phase 1 study of DFMO 

and celecoxib with cyclophosphamide and topotecan for relapsed or refractory high-risk 

neuroblastoma. J Clin Oncol. 2018;36(15_suppl):10558-10558.  

http://ascopubs.org/doi/abs/10.1200/JCO.2018.36.15_suppl.10558. Accessed 2018 Oct 

5.  

3. Sholler GS, Ferguson W, Bergendahl G, et al. DFMO maintains remission in 

relapsed/refractory high risk neuroblastoma. Pediatric blood and cancer Conference: 

30th annual meeting of the american society of pediatric hematology/oncology, ASPHO 

2017 Canada. 2017;64:S46‐S47. 

https://www.cochranelibrary.com/central/doi/10.1002/central/CN-01409466/full.  

Accessed 2018 Oct 5. 

4. Bassiri H, Benavides A, Haber M, Gilmour SK, Norris MD, Hogarty MD. Translational 

development of difluoromethylornithine (DFMO) for the treatment of neuroblastoma. 

Translational pediatrics. 2015 Jul;4(3):226-238. 

PubMed: PM26835380 

5. Gamble LD, Hogarty MD, Liu X, et al. Polyamine pathway inhibition as a novel 

therapeutic approach to treating neuroblastoma. Front Oncol. 2012;2:162. 

PubMed: PM23181218 
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