
MARCH 2017: Positive top-line results  
from Phase 3 study AB10015 of masitinib in (ALS)

 

A randomized, placebo-controlled study in 394 patients has confirmed that  
mastinib significantly slows down ALS disease progression, improves clinical 
assessments of daily functioning (∆ALSFRS-R) and demonstrates clinically  
significant improvements in both quality-of-life and respiratory function.

“These phase 3 clinical findings are strongly supported by 
equally compelling preclinical data, showing masitinib to 
generate a neuroprotective effect through targeting aberrant 
microglial cells and regulating neuroinflammation.”   
Professor Luis Barbeito. 

“Perhaps the most impressive finding from this study is that 
masitinib has generated a significant difference in progression 
free survival with respect to the placebo treatment-arm.” 
Prof Olivier Hermine

What is Amyotrophic Lateral Sclerosis (ALS)? 
Also known as motor neurone disease (MND), ALS is a rare, specific 
disease that causes the death of neurons controlling voluntary 
muscles, with progressive wasting and paralysis of these muscles. 
No cure for ALS is known. Riluzole may extend life by about two to 
three months and ventilation may result in both improved quality 
and length of life, 

There are approximately 50,000 people with ALS in the European 
Union and in the US, with more than 16,000 new cases diagnosed 
each year in Europe and in the US. Almost 80% of ALS patients die 
within 5 years and 90% die within 10 years.

394 patients were randomised to receive masitinib at 4.5mg/kg/day 
OR 3mg/kg/day OR  placebo tablets. All patients were maintained 
on riluzole therapy.

Masitinib at 4.5mg/kg/day demonstrated significant clinical 
improvements and slowing of disease progression when compared 
with placebo. Highly significant differences were seen in Functional 
Rating Score ( p=0.014), Progression Free Survival ( p=0.016) and 
Quality of Life Score ( P< 0.01).

Masitinib
for Motor Neuron Disease

Significant Clinical Efficacy demonstrated in Amyotrophic 
Lateral Sclerosis (ALS) in Human Trials

Summary of Results in ALS  Phase 3 Trial

How does Masitinib work in ALS?

“Masitinib is one of the rare drugs developed for the treatment of ALS that has proven its efficacy through 
validated endpoints. These results are truly encouraging and can be considered as a major breakthrough 
for ALS treatment, a condition that has proved extremely challenging in the development of new effective 
medication. Masitinib may be the long-awaited addition to the therapeutic armamentarium of ALS.”   
Dr. Jesús Mora Pardina

Masitinib targets neurotoxic aberrant glial cells via CSF1R inhibition, providing a neuroprotective effect and 
slowing down of neurodegeneration. Data also shows that masitinib regulates neuro-inflammation in both the 
peripheral and the central nervous systems.



JAN 2017: Publication in The Lancet of Phase 3 clinical study in  
adults with severe indolent systemic mastocytosis

“These data offer high hopes for masitinib, which could become an attractive alternative to the therapeutic 
arsenal available for patients with severely symptomatic indolent or smouldering systemic mastocytosis.”  
Dr Michel Arock (clinical expert commissioned by The Lancet)

Summary of Results of Pivotal Phase 3 Study
Masitinib was well tolerated and achieved clinically significant responses in all key  efficacy outcome measures, 
including objective markers of mast cell activation.When administered at 6 mg/kg/day masitinib was significantly 
superior to placebo, as measured by the cumulative 75% response rate at week 24 on the symptoms of pruritus, 
flushes, depression and fatigue (primary endpoint 4R75%; p=0.0076).

Severe indolent disease is a benign form of systemic mastocytosis characterized by an abnormal proliferation of 
mast cells either in bone marrow or in multiple different tissues; this is a chronic condition that requires lifelong 
management.

Symptoms related to the release of mast cell mediators may be multiple, including pruritus, flushing, syncope, 
headache and gastric events.

Masitinib
for Systemic Mastocytosis
Significant Clinical Efficacy and Tolerability demonstrated in 

Systemic Mastocytosis in Human Patients

What is Severe Indolent Systemic Mastocytosis?

Results from this pivotal Phase 3 study ( AB06006) have demonstrated that 
treatment with masitinib provides significant therapeutic benefits across a diverse 
range of symptoms and substantially reduces severe symptoms, regardless of 
the patient’s c-Kit mutation status.  Masitinib is the first drug to demonstrate 
efficacy in adults with severe indolent systemic mastocytosis (including the sub-
type smouldering disease) who are unresponsive to existing, optimal symptomatic 
treatments. Treatment response was maintained for 2 years. These results have 
now been published in one of the most highly regarded medical journals in the 
world, The Lancet.



“The key message from these findings is that when considered in the setting of effective subsequent 
therapies, adding masitinib to the armaterium of drugs used to treat GIST generated a clinically relevant 
survival benefit.”  
Professor Antoine Adenis MD

“Given this substantial advantage in survival coupled with lower toxicity of masitinib as compared with 
Sutent®, we believe that masitinib is an important step forward in the treatment of GIST.”   
Axel Le Cesne, MD

What is GIST?
GIST is a rare type of sarcoma found in the digestive system, most often in the wall of the stomach. The tumour does not occur 
in the functioning part of the organ but in the tissues (the stromal cells) that hold the organ in place in the body.  
Surgery alone may cure small tumours, but larger tumours cannot be completely removed and require medical treatment to 
slow down disease progression. 

Findings showed masitinib to produce a statistically significant overall survival advantage of 12.4 months in patients with 
Gleevec®-resistant GIST when compared with the current second-line (standard of care) treatment for advanced GIST 
(Sutent®). Forty-four patients with inoperable, locally advanced or metastatic GIST and showing disease progression in spite 
of treatment with Gleevec® (imatinib) received either masitinib at 12 mg/kg/day or Sutent® at standard doses. After 18 months, 
79% of patients treated with masitinib were still alive, versus 20% for patients treated with Sutent®. After 2 years, 53% of 
patients treated with masitinib were still alive, versus 0% for the patients treated with Sutent®. During the study, median overall 
survival was not reached for masitinib versus 15 months for Sutent® (p=0.022).

Case reports in canine GIST (both inoperable 
and post surgical GIST cases) show survival of 
up to 24 months, even in inoperable disease. 

Masitinib
for GI Stromal Tumours (GIST)

Masitinib has been shown to significantly improve overall survival in 
locally advanced, inoperable or metastatic GIST, in human patients who 
were resistant to first-line standard of care treatment (Gleevec®). An 
international phase 3 programme investigating masitinib in patients with 
Gleevec®-resistant/intolerant GIST is currently underway following these 
promising phase 2 trial results.

Summary Results from GIST Phase 2 study 

Masitinib in canine GIST 

Kenny Ken had an inoperable GIST, the size of a 
tennis ball. He survived for 2 years on Masivet.

Bella’s GIST weighed over 1 kilo! She is now 
maintained on Masivet and remains very well

HUMAN PHASE 3 STUDIES ONGOING IN FIRST LINE AND  
SECOND LINE TREATMENT OF GIST  


