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Andrew  Schorr:  
Okay. Let’s go on, Dr. Mascarenhas, to myelofibrosis. I'm listening carefully. So we have one approved medicine, right? 
 
Dr. Heaney:  
Right. 
 
Andrew Schorr:  
Others in clinical trials that we’ll talk about in a minute. But there’s a whole bunch of stuff, some of it not originally meant 
for myelofibrosis. So help us understand. 
 
Dr. Heaney:  
So myelofibrosis, as a disease, is more complicated and as a therapeutic design is also a little bit more complicated. One 
must decide early on what the therapeutic goals are for an individual patient. So again, it’s a very individualized, 
personalized approach. So for myelofibrosis, ruxolitinib (Jakafi) is the only approved drug. It’s a drug that is very effective 
in improving the symptom burden and reducing the spleen and improving the quality of life. There is data that would 
support that in doing so, survival is a benefit to patients who take this drug versus patients who don’t, or take alternative 
therapies.  
 
Unfortunately, ruxolitinib’s limitation is it doesn’t really improve the blood counts in a substantial way in terms of anemia 
and thrombocytopenia; low red blood cell count or low platelet count which can really be a problem for many patients 
either early on or with disease progression. So other drugs that are listed here like erythropoietin, which we spoke about, 
or drugs that try to stimulate the bone marrow to make red blood cells, even prednisone which is used for many different 
types of diseases, can sometimes help and assist in improving a lot of the symptoms, as well as anemia. 
 
Interferon may be a drug that may benefit patients, particularly early on before they have a lot of scarring in their bone 
marrow, and that’s still an area of active investigation. Thalidomide (Thalomid) and lenalidomide (Revlimid) are two drugs 
from a group of family called immunomodulatory drugs, and they’ve been employed and investigated to help with anemia 
and splenomegaly. Danazol (Danol) is a synthetic male androgen. That’s also been used to help with anemia. I should say 
that collectively, all these drugs have response rates of about 20 to 40 percent in studies in improving anemia.  
 
And then the only really potentially curative route for patients with myelofibrosis, and this applies to a select group, is a 
bone marrow transplant, a stem cell transplantation which I'm assuming we’ll talk about today. 
 



For some patients that have really refractory spleen pain, we still will resort to splenectomy, so surgical removal of the 
spleen. Ruxolitinib is sort of a medicinal way of addressing splenomegaly. And then in some centers, splenic irradiation is 
still used to try to reduce spleen at least temporarily. 
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