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Do you or someone you know have myelofibrosis?
The TRANSFORM-1 study is a research study evaluating how safe and well an  
investigational medication (navitoclax) works in combination with ruxolitinib  
(medication that is the current standard treatment) compared to ruxolitinib.

Participants must meet the following criteria:

• 18 years of age or older

• Diagnosed with primary myelofibrosis, post-polycythemia vera myelofibrosis,  
or post-essential thrombocythemia myelofibrosis

• Currently have Intermediate-2 or High-Risk myelofibrosis

• Have not received prior treatment with a JAK-2 inhibitor therapy

• Have splenomegaly (enlarged spleen) 
 

For more information, ask your doctor about the TRANSFORM-1 Study or visit  
www.clinicaltrials.gov (NCT04472598) to see if you qualify. 

You’ll find further information about myelofibrosis at www.myelofibrosisresearch.com. 

Navitoclax is an investigational medication that is not approved by the FDA or other global health authorities.  
Safety and efficacy have not been established.

TRANSFORM-1 M16-191 Patient Flyer_v1_6August2020

Myelofibrosis 
Research Study 
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Information About Myelofibrosis 

What Is Myelofibrosis?
Myelofibrosis (MF) is a myeloproliferative disorder, or a 
disease that causes blood cells to grow abnormally in the bone 
marrow. It is a rare form of bone marrow cancer affecting stem 
cells involved in the formation of new red blood cells, white 
blood cells and platelets.1,2 Approximately 10% to 15% of MF 
develops with other myeloproliferative disorders, such as 
essential thrombocythemia, which leads to excess production 
of platelets and abnormal clotting or bleeding. However,  
primary myelofibrosis can also occur in the absence of preex-
isting conditions.1,3 Myeloproliferative disorders are  
commonly caused by DNA mutations in a single stem cell, lead-
ing to either underproduction or overproduction of blood cells.3 
As abnormal cells accumulate in the bone marrow, normal, 
healthy cells become displaced, leading to impaired production 
of normal blood cells and formation of scar tissue.1,2 

Prevalence and Prognosis
Primary myelofibrosis is estimated to affect 0.3 to 5.7 
per 100,000 people in the United States.4,5 It is most often 
identified in men and women during their fifth or sixth 
decades of life, but diagnosis may occur at any age.1,3 
Prognosis associated with MF can vary widely among 
patients, progressing rapidly in some whereas others ex-
perience only mild symptoms and live for many years. The 
median survival is less than 3 years, but survival of 10 to 20 
years has been reported in younger patients.6,7 Addition-
ally, approximately 10% to 20% of MF cases will progress to 
acute myelogenous leukemia.3,7

Risk Factors for Myelofibrosis
Currently, the underlying causes associated with the devel-
opment of MF remain unknown. However, there are several 
known risk factors for MF. They include the following1,2,8-10:

• Age: Although MF has been diagnosed in younger 
patients, it is most often identified in patients over the 
age of 50.

• Other blood cell disorders: MF can develop second-
arily to other myeloproliferative disorders such as 
polycythemia vera. 

• Other tumors: The spread of cancer from other organs 
and glands to the bone marrow can cause the subse-
quent development of MF.

• Environment: People exposed to ionizing radiation and/
or toxic substances such as benzene, fluoride and  
phosphorus may have increased risk of developing MF.

• Gene mutations: Although MF is not considered an 
inheritable disease, several gene mutations have 
been associated with MF. Research is still ongoing to 
determine the exact role gene mutations have in the 
development of MF. 

■   JAK2: Mutations in the JAK2 gene are identified in 
50% to 60% of patients diagnosed with MF. 

■   CALR: Approximately 20% of patients with MF will 
have a mutation in the CALR gene. 

■   MPL and TET2: Mutations in other genes associ-
ated with the JAK pathway, including MPL and 
TET2, have been identified in up to 10% of patients 
with MF. 

What Are the Symptoms of Myelofibrosis? 
Many patients with MF may remain free of symptoms for 
several years before an official diagnosis; in fact, only 
approximately one-third of patients experience symptoms in 
very early stages.1,2 As the process of fibrosis continues, the 
soft, spongy tissue in the bone marrow is slowly replaced 
with scar tissue, further disrupting normal blood cell produc-
tion.1 The subsequent decrease in blood cell counts impairs 
the ability of blood cells to perform their respective functions: 
(1) red blood cells are vital to oxygen transport; (2) white 
blood cells are essential for immune function and fighting 
infections; and (3) platelets (tiny blood cell fragments) are  
important for clot formation to stop bleeding.2,5 As normal 
blood cell production continues to decrease, symptoms 
commonly associated with MF begin to appear based on the 
affected blood cell type2,5:

• Red blood cells
■   Anemia (low red blood cell count)
■   Fatigue
■   Shortness of breath
■   Weakness
■   Lightheadedness
■   Irritability
■   Headaches
■   Pale skin color

• White blood cells
■   Frequent infections, including increased risk for 

bacterial and fungal infections
• Platelets

■   Increased risk for bruising and bleeding
■   Spontaneous bleeding from mucous membranes 

(gums and nose)

Disease Information
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Decreased ability of the bone marrow to produce enough 
healthy blood cells can also lead to abnormal production 
of blood cells outside of the bone marrow (extramedullary 
hematopoiesis) in organs such as the liver, spleen, lymph 
nodes and spinal cord; this is often accompanied by  
swelling or enlargement of the respective tissues.1 Enlarge-
ment of the spleen (splenomegaly) is a common finding 
among patients with primary MF and is often accompa-
nied by feelings of fullness in the upper left portion of the 
stomach or severe pain in the upper left shoulder.2 Other 
potential symptoms associated with MF include fever, night 
sweats, bone or joint pain and weight loss.1,9

How Is Myelofibrosis Diagnosed? 
In the United States, primary MF is diagnosed according to 
certain criteria established by the World Health Organiza-
tion.11 A positive diagnosis requires that patients meet a 
minimum of three major and one minor criteria.11 Addition-
ally, a variety of tests are used to assist in the diagnosis 
of MF.

Complete blood count measures such things as the 
number of red blood cells, white blood cells and platelets. 
Low amounts of red blood cells (anemia), an excessive 
number of white blood cells or platelet count either over or 
under the normal range may indicate a diagnosis, but other 
tests are needed to confirm.1,2

Blood tests examine the blood samples for the presence 
of irregular red cells, immature white cells and abnormal 
platelets. These tests can also identify elevated or de-
creased levels of various acids, enzymes, and proteins 
commonly associated with MF and other blood disorders.9

Imaging tests, conducted using ultrasound or MRI, help 
in determining the presence of bone marrow abnormalities 
and the degree of spleen enlargement.1

Bone marrow examinations are commonly used to con-
firm a diagnosis of MF. During this process, bone marrow 
samples are obtained via biopsy and examined under a  
microscope to identify tissue and chromosomal  
abnormalities.1

Genetic tests examine DNA from the blood or bone  
marrow for the presence of gene mutations. The most 
common mutations associated with MF occur in the JAK, 
CALR and MPL genes.9

How Is Risk Assessed for Myelofibrosis? 
Prognostic scoring systems are created to determine 
 the level of risk associated with a particular type of can-
cer. In the United States, the three most common scoring 
systems used to assess risk for patients with MF are 

the International Prognostic Scoring System, 
Dynamic International Prognostic Scoring System (DIPSS) 
and DIPSS-plus.11 DIPSS assigns points to five risk factors:

• Age
• White blood cell count
• Hemoglobin level (red blood cells)
• Peripheral blast % (percentage of immature blood cells in 

circulation)
• Presence of constitutional symptoms (fever, chills,  

fatigue, weakness, weight loss) 

Zero to 2 points are given for the presence of each factor 
and then totaled for a final risk score, which can range from 
zero to 6.10,11 Risk scores help oncologists determine the most 
appropriate course for treatment.6 Patients are categorized 
into four risk groups based on their risk score10: 

• 0 points = low risk 
• 1 or 2 points = intermediate-1 risk 
• 3 or 4 points = intermediate-2 risk
• 5 or 6 points = high risk

More recently, risk assessments such as the Mutation- 
Enhanced International Prognostic Scoring System 
(MIPSS70), MIPSS70-plus and Genetically Inspired Prognostic 
Scoring System have added considerations for the presence 
of gene mutations known to affect survival associated 
with MF.10,11

Myelofibrosis Treatment Team
An MF treatment team will most likely include specialists in 
different areas of oncology to ensure the best care during 
treatment and may include the following12: 

• Hematologist (doctor who treats blood disorders)
• Radiation oncologist (doctor who treats cancer with 

radiation therapy)
• Medical oncologist (doctor who treats cancer with medi-

cines such as chemotherapy)
• Surgical oncologist (doctor who uses surgery to treat 

cancer)
• Stem cell transplant specialist (doctor who specializes in 

bone marrow transplants)

It is important to talk often with everyone on your 
treatment team to understand your diagnosis and treatment 
options, stay informed throughout cancer treatment and 
become comfortable asking questions about medication, 
treatment plan and support services.
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Myelofibrosis Treatment Landscape

The MF treatment landscape has evolved rapidly over the 
past several years and now offers patients several options. 
It is important to stay informed about these treatment 
options and to know what best matches your goals. Many 
factors must be considered when selecting treatment, such 
as patient age and overall health, duration of therapy, side 
effects and quality of life. Because there are no curative MF 
drug therapies currently available, treatment selection is 
largely based on the presence of symptoms and  
assigned risk category associated with the rate of disease 
progression.8,10 Treatment goals for MF focus on reducing 
disease-associated symptoms, improving the quality of life 
and prolonging survival.8,10  Therefore, immediate treatment 
may not be necessary for some low-risk patients who remain 
symptom-free.8 However, regardless of treatment status, it is 
important that patients with MF be closely monitored by their 
doctor with regular medical checkups and examinations for 
any signs and symptoms of disease progression.8,10 

      Because new and more effective treatments for MF are still 
being pursued by the medical community, clinical trials are an 
important consideration when discussing treatment options 
with your doctor.12 Because patients respond differently to 
various treatments, shared decision-making with your health 
care team is essential to choosing the right treatment for you. 

Watch and Wait 
Many patients with MF may remain free of symptoms for 
years before an official diagnosis.1,2 When patients present 
with an absence of significant signs of MF, such as anemia 
and spleen enlargement, taking a treatment approach of 
careful watching and waiting may be appropriate.12 Although 
such patients are not initiated on a formal treatment, it is 
important that they be closely monitored with regular exami-
nations to identify any signs of disease progression.12

Supportive Drug Therapies
Chemotherapy is used to help manage MF-associated 
symptoms and as a conditioning process in preparation for 
stem cell transplantation.1,10 Chemotherapy drugs target and 
destroy cells in the process of rapid growth and division, 
which may affect both cancer cells and healthy cells, such 
as those in your hair and nails.12 Cladribine and hydroxyurea 
are two chemotherapy agents that are sometimes used in 
the treatment of MF to reduce disease-associated symp-
toms experienced by some patients.1

Interferon alfa is a protein produced by various immune 
cells in the body that helps in fighting cancer, infections 
and other diseases.13 Interferons activate processes within 

the cell through JAK, an enzyme shown to have altered 
function in myeloproliferative disorders.13,14 Interferon alfa 
has been shown to improve symptoms associated with 
myeloproliferative disorders; however, it is also tied to risk 
of side effects including flu-like symptoms, fever, nausea 
and vomiting.13

Immunomodulators are a class of drugs that combat 
cancer by modifying various components and mechanisms 
within the immune system.15 Two drugs in this class,  
thalidomide and lenalidomide, have been used to treat  
anemia and spleen enlargement in patients with MF.1,9 
These medications are often combined with corticoste-
roids, such as prednisone, and have shown positive re-
sponses in 20% to 60% of patients with MF.1,9 These drugs 
are associated with the risk of serious birth defects and 
venous thromboembolisms (blood clots), however,  
and should be used with caution only in appropriate  
patients.15,16

Androgen therapy with synthetic male hormones or an-
drogens, such as oxymetholone, simulates the production 
of red blood cells.17 Up to one-third of patients with MF 
who have severe anemia often respond well to androgen 
therapy,1 but it is worth noting that androgen therapy may 
cause liver toxicity in some patients.1,17 Therefore, careful, 
frequent liver function monitoring is essential for patients 
receiving androgen therapy.17

Recombinant erythropoietin works by stimulating the 
production of new red blood cells and is primarily used 
to treat severe anemia and reduce the need for frequent 
blood transfusions.18

Glucocorticoids, such as prednisone, are synthetic 
precursors of naturally occurring steroidal compounds in the 
body and are often used for their potent anti-inflammatory 
properties.19

Bisphosphonates can be used for MF and other cancers 
to help preserve bone tissue, relieve bone pain and improve 
blood counts.1,20

Anagrelide is used in the treatment of MF to help reduce 
high platelet counts, particularly in patients who have under-
gone a splenectomy.1,21

Approved Primary Drug Therapies
JAK inhibitors were the first drugs to receive Food and Drug 
Administration (FDA) approval for the treatment of MF.12 
These agents work by inhibiting JAK1 and JAK2 enzymes, 
shown to be important for the regulation of new blood cell 
production and various immune functions.22 Mutations in 
the JAK gene have been identified in approximately 50% of 

Disease Information
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patients with MF.14 Currently, JAK2 inhibitors are recom-
mended as first-line agents for the treatment of intermediate 
and high-risk MF in certain patients, but their impact on bone 
marrow fibrosis is lacking and has led to the investigation of 
other therapeutic agents.11,23   

Ruxolitinib is a JAK inhibitor approved for the treatment of 
adults with intermediate or high-risk MF.22 Clinical trials have 
shown ruxolitinib to be effective in reducing spleen size and 
volume, decreasing MF-associated symptoms and improving 
overall survival.14 Although ruxolitinib is not associated with 
major toxicities, common side effects include low platelet and 
red blood cell counts.14,22

Fedratinib is another JAK inhibitor approved for the treat-
ment of adults with intermediate or high-risk primary or 
secondary MF.24 Although ruxolitinib can be an effective treat-
ment, some patients may not respond to treatment whereas 
others may lose response over time, necessitating additional 
therapy.25 Similar to ruxolitinib, fedratinib has been shown 
to successfully reduce spleen size and disease-associated 
symptoms in patients with MF.25 Additionally, fedratinib has 
been investigated as a second-line treatment for patients with 
MF that has become resistant to ruxolitinib.11

Radiation Therapy
Radiation therapy is a treatment option that may help reduce 
the size of the spleen.10,12 Additionally, radiation therapy can 
be used to selectively treat tumors arising outside the bone 
marrow or help reduce symptoms of bone pain.1,12

Splenectomy
A splenectomy is a surgical procedure that involves removal 
of the spleen. Since the advent of JAK inhibitors, the ability to 
control MF-associated spleen enlargement has significantly im-
proved. Also, splenectomies are associated with risk of bleed-
ing complications, postsurgical infections and blood clots.1,6 

Therefore, this procedure is primarily reserved for patients in 
which other treatment modalities have failed or spleen enlarge-
ment is causing dangerous complications such as a low platelet 
count, severe anemia or portal hypertension.1,12

Stem Cell Transplantation
Allogenic stem cell transplantation (ASCT) is the only 
available therapy with potential for curing or prolonging 
life for patients with MF.6,25 However, ASCT is also associ-
ated with significant risk of potentially life-threatening side 
effects.10,25 Because most patients are also older when they 
receive a diagnosis of MF, they are more likely to have other 
health conditions that may increase risk of complications 
during the transplant process.10 Therefore, ASCT is primarily 
reserved for younger patients or those categorized as high 
risk.10 The process of ASCT begins with an initial conditioning 
treatment of high-dose chemotherapy or radiation therapy to 
eliminate cancerous bone marrow, followed by the transplan-
tation of healthy stem cells from a matched donor.1,10 Once 
these new stem cells have established themselves in the 
bone marrow, they will provide the patient with a new supply 
of red blood cells, white blood cells and platelets.1,10

Strength in
Numbers
CURE® is proud to partner with several 
leading advocacy groups across the 
country. Our shared goal is to connect 
patients and their caregivers to valuable 
resources and support to assist with 
navigating the cancer journey.

Scan the QR code with 
your mobile device to 
visit curetoday.com and 
check out our advocacy 
group partnerships. 
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Perspective on Clinical Trials

Several agents are in development for the treatment of  
myelofibrosis and may one day be approved by the FDA. 
These agents are called investigational treatments and are 
the subject of clinical trials.

Clinical trials are rigorous scientific research studies of 
potential new treatments. They are conducted using approved 
methods and are closely monitored to ensure that proper 
procedures are followed and no unexpected safety issues 
emerge. The FDA requires data from clinical trials when 
deciding whether to approve or reject a new drug. We would 
not have the treatments we do today without clinical trials 
and the patients who made them possible. Although there 
is no guarantee, the patients who participate may benefit 
from the study drug, which would otherwise be unavailable 
to them. 

Clinical trials are conducted in three main phases. Each 
phase is designed to answer a different question about the 
study drug(s) or treatments. Phase 1 trials are designed to 
test the highest dose of the treatment (drug or combination 
drugs) that can be given to patients safely without causing 
severe side effects. Phase 1 trials include a small number of 
patients and do not evaluate whether the drug will help to 
control or cure a disease. If the drug and dosage are consid-
ered safe, the drug moves into phase 2 testing, where safety 
(whether side effects are minimal/tolerable) and efficacy 
(how well it works) are evaluated in a larger number of  
patients. For example, a phase 2 trial of a drug for MF may 
show that it reduces spleen enlargement or MF symptoms. 
If phase 2 trials show that the drug works, it will proceed to 
phase 3 testing.

Phase 3 clinical trials generate the data that the FDA review 
when deciding whether to approve a new treatment. These tri-
als compare the safety and efficacy of the study drug to that 
of the drug(s) currently used to treat the condition. Phase 
3 typically enrolls hundreds of patients and assigns each 
patient to one of the treatment groups randomly. Randomiza-
tion ensures that each treatment group is similar in every 
way possible except for the treatment given. Each patient 
has a 50/50 chance of being assigned to the study drug, so 
treatment groups should have roughly the same percentage 
of women versus men, old versus young, different racial back-
grounds, etc. If the results show that one drug is better than 
the other, researchers can then be sure it is truly related to 
the drug and not to some unexpected or unknown influence 
of gender, age, race, etc.

Phase 3 trials also use double-blind procedures. Double-
blind means neither the patient nor the study doctor knows 

which treatment someone has been assigned to until the 
study is complete. This technique is important to negate bias 
and expectations from influencing patient or physician ratings 
of drug side effects or efficacy. For example, even patients 
receiving a placebo — a sugar pill with no active drug — report 
treatment benefit and/or side effects if they believe they 
are receiving the active drug. In the same way, patients and 
doctors may view symptoms or side effects differently if they 
know which medication a patient has been assigned to as 
opposed to not knowing.

Patients who enroll in clinical trials need to understand 
that, in most cases, there is no guarantee that they will 
get the study drug or that the study drug is better than the 
standard-of-care drug. The clinical trial team is in frequent 
contact with enrolled patients to monitor their response to 
treatment, as well as any side effects or concerns. Participa-
tion in a trial is always voluntary, and patients can decide to 
withdraw from the trial at any time without penalty. It is also 
important to understand that clinical trials are conducted ac-
cording to predetermined methods, and every patient will be 
treated according to those methods. 

Participation in a clinical trial offers many patients the 
potential to benefit from advanced therapies that would 
otherwise be inaccessible.12 Every drug therapy can provide 
different clinical benefits with some working to decrease 
spleen enlargement or bone marrow fibrosis and others help-
ing to normalize blood cell counts.10 Therefore, it is important 
to that patients discuss individual symptoms, disease risk 
and treatment goals with their doctor to help determine what 
therapy would be most likely improve quality of life and best 
meet their clinical needs.12 Clinical trials are not appropriate 
for everyone. Therefore, it is important that patients talk with 
their doctor to get more information about clinical trials in MF 
and whether it might be a viable path to pursue.

Disease Information
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Emerging Treatments for Myelofibrosis

This section provides information about treatments that are 
being investigated for the treatment of MF in clinical trials.

B-cell Lymphoma 2 Inhibitors
Navitoclax targets B-cell lymphoma 2 (BCL-2) proteins that 
function to prevent the initiation of cell death, an advanta-
geous feature often exploited in various cancers.26 It is also 
thought that BCL-2 protein may play a role in the bone mar-
row fibrosis, an attractive target for emerging drug thera-
pies.27 Although JAK inhibitors have offered improved manage-
ment of spleen enlargement and MF-associated symptoms, 
they have minor effects on bone marrow fibrosis.23 This repre-
sents a current unmet need facing clinical management of MF 
and calls for the development of additional drug modalities 
that may help improve treatment and prevent the progression 
of bone marrow fibrosis.23 Dual therapy using navitoclax with 
a JAK2 inhibitor may also be helpful in overcoming acquired 
resistance to JAK inhibitors.28

• In the phase 2 REFINE trial investigators evaluated 
navitoclax in patients with primary or secondary MF and 
splenomegaly who have experienced failure with the 
JAK2 inhibitor ruxolitinib after 12 weeks or more of con-
tinuous treatment.27 Participants received dual treatment 
with navitoclax at a starting dose of 50 mg once daily 
along with ruxolitinib twice daily at their dose at study 
entry.27 Similar to the TRANSFORM studies, measures un-
der evaluation included the percentage of patients who 
achieve a reduction in spleen volume of at least 35%, a 
reduction in total symptom score of at least 50%, anemia 
response and change in grade of bone marrow fibrosis.27 
Initial results, reported in early 2020, showed promise 
with 27% of patients achieving spleen volume reduction, 
30% achieving total symptom score and 29% 
experiencing bone marrow fibrosis improve-
ments of at least a 1 grade at any time.27 
Common side effects included thrombocyto-
penia (low platelets), diarrhea and fatigue.27 

• TRANSFORM-1 is a randomized phase 3 trial 
for patients with intermediate-2 or high-risk 
MF who have not been previously treated 
with a JAK2 inhibitor.23,27 The trial, which aims 
to recruit 230 participants, compares the 
combination of navitoclax plus ruxolitinib to 
placebo plus ruxolitinib.29 The primary focus 
of the study is to identify the reduction in 
spleen volume that occurs at 24 weeks fol-
lowing the start of the trial.23 Similar to other 

MF trials, other measures being evaluated in this trial 
include overall patient survival and the degree of reduc-
tion in patient symptoms.23 However, unlike previous 
investigational studies for MF, TRANSFORM-1 will also 
evaluate the reduction in bone marrow fibrosis.23

• TRANSFORM-2 is a randomized phase 3 trial evaluat-
ing use of the BCL-2 inhibitor, navitoclax, in patients 
with relapsed or refractory MF and resistance to 
JAK2 treatment.30,31 Similar to TRANSFORM-1, this 
evaluates measures such as overall survival and the 
reduction in spleen volume, total symptom score and 
bone marrow fibrosis.30

Second-Generation JAK Inhibitors
Momelotinib (MMB) is a second-generation, investigational 
JAK inhibitor that has shown beneficial activity against ane-
mia, constitutional symptoms and splenomegaly.32 Several 
phase 3 trials have completed investigation or are currently 
evaluating the use of momelotinib for MF treatment includ-
ing SIMPLY-1, SIMPLIFY-2 and MOMENTUM. SIMPLIFY-1 is 
investigating MMB therapy in patients with myelofibrosis who 
were naive to JAK therapy, whereas SIMPLIFY-2 is evaluating 
use in patients with myelofibrosis who had received prior JAK 
inhibitor therapy.

• SIMPLIFY-1 is a phase 3 clinical trial investigating MMB 
compared with ruxolitinib in patients with primary MF 
who have not received previous treatment with a JAK 
inhibitor.33 Patients received treatment for an initial 24 
weeks with continued treatment follow-up for a maxi-
mum period of five years.32 Study results revealed a 
reduction (≥ 35%) in spleen volume following treatment 
with MMB (26.5%) comparable to the first-line therapy 
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ruxolitinib (29.5%).32 Treatment with MMB was also  
associated with a greater number of patients with 
MF who experienced improvements in red blood cell 
counts, thus requiring fewer blood transfusions.32  

• SIMPLIFY-2 is a phase 3 clinical trial evaluating MMB 
compared with the best available therapy (BAT) in 
patients with MF who had previously received ruxoli-
tinib and had suboptimal responses or experienced 
hematological toxicity during therapy.34 

• MOMENTUM, an international phase 3 clinical trial, is 
comparing the clinical benefits of MMB with danazol in 
patients with symptomatic and anemic MF who have 
received previous treatment with a JAK inhibitor.35 The 
study aims to compare the treatments and their ability 
to reduce disease-related symptoms, blood transfusions 
and splenomegaly.35

Pacritinib is a second-generation JAK inhibitor with 
greater selectivity for JAK2 compared with JAK1.36,37 This 
may benefit patients with thrombocytopenia and red blood 
cell count (anemia) because greater inhibition of JAK1 
may be related to further worsening of these conditions.36 
Investigation for treatment of MF using pacritinib has been 
completed or is under evaluation in several clinical trials 
including PERSIST-1, PERSIST-2 and PACIFICA.37-39

• PERSIST-1 is an international, randomized, phase 3 trial 
evaluating the use of pacritinib compared with BAT in 
patients with MF, with no exclusions for patients with 
low red blood cell or platelet counts.37 Study results at 
24 weeks revealed that a greater percentage of  
patients treated with pacritinib (19%) achieved 
a reduction (≥ 35%) in spleen volume versus BAT 
(5%).37 Additionally, more patients receiving pacritinib 
experienced a 50% reduction in total symptom scores 
versus treatment with BAT.37

• PERSIST-2 is a phase 3 trial comparing use of pacritinib 
to BAT in patients with intermediate/high-risk MF with 
a low platelet count (< 100,000 x 109/L) at the initiation 
of the study.38 Results from the study showed pacritinib 
to be more effective than BAT, with 18% of patients 
achieving a spleen reduction (≥ 35%) volume compared 
with 3% of patients on BAT.38 Additionally, a greater  
percentage of patients treated with pacritinib expe-
rienced reductions of 50% or more in total symptom 
score compared with patients in the BAT group.38

• PACIFICA is a randomized phase 3 trial investigating 
the use of pacritinib versus an available therapy chosen 
by physicians in patients with intermediate or high-risk 
MF with a very low platelet count (< 50,000 per uL).39 

This clinical trial is evaluating measures similar to those 
in the previous PERSIST trials including overall survival, 
reduction in spleen volume and total symptom score.39 
However, this study is focusing on pacritinib in patients 
with a much lower platelet count.39

Other Investigational Therapies 
Luspatercept is a fusion protein currently in phase 2 clinical 
trials to evaluate safety and efficacy in patients with MF and 
anemia with or without the need for blood transfusions.40 
Luspatercept works by improving the process of red blood 
cell production.40

Histone deacetylase is an enzyme involved in the regula-
tion of gene expression.1 Agents that function by inhibiting 
the histone deacetylase enzyme are being investigated in 
clinical trials for MF.1,42

Phosphoinositide 3-kinase (PI3K) is an enzyme involved 
in promoting the growth and division of cells within the 
body.41 Genetic mutations in PI3K, leading to overactivation 
of the enzyme, have become a hallmark of many types of 
cancers and as a result there has been a significant effort in 
the development of drugs that inhibit PI3K.41 Clinical trials are 
investigating use of PI3K inhibitors for treatment of MF.42 

Antifibrotic agents work by inhibiting the process of tissue 
repair and fibrosis.10 Investigation is underway in phase 2 
clinical trials to investigate efficacy of these agents for the 
treatment of MF.43

Treatment Selection and Shared  
Decision-Making
Taking a shared decision-making approach to your cancer 
care is essential for effective patient-doctor communication 
and improved patient outcomes.44 Cancer care can be  
complex and difficult to navigate, often requiring coordination 
of care among specialists.44 Additionally, treatment choices 
and the accompanying risks and benefits can greatly affect 
health outcomes and quality of life for each patient.44 Every 
drug therapy can provide different clinical benefits with some 
MF treatments helping to decrease spleen enlargement or 
bone marrow fibrosis, while others work by increasing or 
reducing blood cell counts.10 High-risk patients or those expe-
riencing greater symptom severity may benefit from a more 
aggressive therapy.44 Conversely, older patients or those with 
other significant health conditions may not be eligible for  
certain treatments or may be at greater risk for side  
effects.10,44  Therefore, it is important to participate in an  
interactive discussion with your treatment team to 
understand which treatment options would most likely result 
in the best possible outcome.

Disease Information
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Living With Myelofibrosis
Coping with the physical and emotional toll of a cancer diag-
nosis and treatment is a significant challenge. This section 
provides tips and resources to help manage MF and maintain 
your quality of life. Be sure to talk with your treatment team 
before making any changes.

Health 
Being informed about potential consequences and side ef-
fects of the disease and your chosen treatment will better 
prepare you for managing them. Common global side effects 
— which may or may not be specific to your chosen treatment 
— include anemia, bleeding/clotting problems, thrombocy-
topenia, hair loss, muscle and joint pain, fatigue, weight and 
muscle loss, insomnia, mouth sores, infections, oral health 
complications, changes in taste and nausea/vomiting.45 
Consult your doctor to learn about the potential side effects 
of your chosen treatment and how best to manage them.

Healthy lifestyle habits — such as maintaining appropriate 
weight, managing stress, getting plenty of sleep, limiting use 
of tobacco and alcohol and exercising for short periods — 
can also have a positive impact on the physical and mental 
side effects of cancer treatment. Be sure to consult your 
doctor before beginning a new exercise routine. Healthy 
habits like these also can reduce anxiety and fatigue, 
improve heart function and potentially boost your overall 
quality of life.46   

Diet 
Cancer treatment can result in a loss of appetite. You may 
feel full after eating small amounts of food or not be hungry 
at all. Eating well and maintaining proper weight can help 
you better tolerate side effects of treatment. Other benefits 
include reduced risk of infection and faster healing 
and recovery.46 

It is also important to stay hydrated by drinking lots of 
fluids, such as water, decaffeinated tea or coffee, juice, soup 
or broth, and milk.46 Some foods recommended to help keep 
up your strength and support your immune system include 
the following46: 

• Fruits and vegetables 
• Whole grains 
• Healthy oils (e.g., olive oil) 
• Low-fat dairy 
• Low-fat protein and lean meats 

Because the nutritional needs of people with cancer vary, 
your treatment team can help identify your specific needs and 
put together a plan for meeting them. 

Emotional Support 
Receiving a diagnosis of MF and going through treatment can 
be very stressful. It is not unusual to feel many emotions, 
including anxiety, depression, anger and fear. It’s normal for 
patients to feel overwhelmed and worried about keeping their 
jobs, paying their bills and taking care of family. In addition, 
there are fears about getting sick and dying.47 Expressing your 
feelings is essential to your health. Attending local support 
groups, hearing other people’s experiences and being sur-
rounded by those who can relate to how you’re feeling can 
help you manage these emotions.47 

Preparing a list of questions in advance and bringing a 
family member or caregiver to appointments can help relieve 
some of the emotional burden and ensure that you receive 
and understand all the important details of a visit.48 A sample 
of questions to bring to doctor appointments can be found on 
page 14.  

The cost of cancer treatment is often a major source of 
emotional stress. It is helpful to keep organized copies of 
medical and financial records throughout your diagnosis 
and treatment and to discuss any financial concerns with 
your treatment team.49 Drug prices vary, so the cost of your 
treatment plan will depend on the therapies selected. It is 
important to review your benefits and to work with your insur-
ance provider and health care team on how your treatment 
can best be covered.50 

Finally, it’s important to know that there are many re-
sources available to help you to adjust and cope with your 
new diagnosis. Some patients find it helpful to talk with other 
cancer survivors, a support group or a counselor.47 Joining a 
support group can connect you with other patients who may 
be experiencing similar symptoms and feelings.51 Organiza-
tions such as the Leukemia & Lymphoma Society also offer 
information and services including free information and 
mobile apps, financial and co-pay assistance programs, and a 
clinical trial support center that assists patients and caregiv-
ers in navigating the entire clinical trial process.10 Clinical trial 
nurse navigators can help you in identifying and accessing 
clinical trials that appropriately fit your individual situation 
and clinical needs.10

Health, Diet and Emotional Support
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Frequently Asked Questions 

It is common for patients recently diagnosed with MF, as 
well as their family, friends or caregivers, to have questions 
about cancer, treatment and care. The following include some 
frequently asked questions from patients1-11,52: 

What is the difference between primary and 
secondary MF?
Primary MF occurs on its own and is not preceded by other 
myeloproliferative disorders. Secondary MF occurs when 
other myeloproliferative disorders, such as polycythemia vera 
and essential thrombocythemia, progress to a phase in which 
bone marrow fibrosis begins to occur.

Will my MF progress to an acute leukemia?
The risk of MF transforming to an acute leukemia depends on 
various disease specific factors including blood cell counts and 
the presence of certain genetic mutations. Additionally, treat-
ments using radiophosphorus (P32), chlorambucil, and pipobro-
man can increase the risk of transformation to acute leukemia.

What is a JAK2 gene mutation?
JAK2 is a component associated with cellular signaling and 
communication. Mutations in the JAK2 gene are identified 
in 50% to 60% of patients diagnosed with MF and cause un-
regulated production of blood cells. Drugs that block cellular 
signaling through JAK2 have been developed and are used for 
the treatment of MF.

What are the risk factors of MF? 
The underlying causes associated with the development of 
MF remain unknown. However, there are several known risk 
factors for MF. They include the following: 

• Age: The risk of MF increases with age. Diagnosis of MF 
most often occurs in patients over 50 years of age.

• Other blood cell disorders: MF can develop secondarily 
to other myeloproliferative disorders such as polycythe-
mia vera.

• Other tumors: The spread of cancer from other organs 
and glands to the bone marrow can cause the subse-
quent development of MF. 

• Environment: People exposed to ionizing radiation 
and/or toxic substances such as benzene, fluoride and 
phosphorus may have increased risk of developing MF.

• Gene mutations: Although MF is not considered an 
inheritable disease, several gene mutations have been 
associated with MF, including JAK, CALR, MPL and TET2. 

How is MF treated? 
There are various therapeutic options for treating MF. 
Treatment plans are based on multiple factors, including 
risk assessment, underlying conditions, type of MF and the 
patient’s age and overall health. Talk with your doctor about 
which option will be best for your needs and treatment 
goals. The most common treatments for MF are as follows:

• Watch and wait 
• Chemotherapy 
• JAK inhibitors
• Immunomodulators
• Glucocorticoids
• Androgen therapy

How long can you live with MF? 
The survival rate for patients with MF varies widely among 
patients, progressing rapidly in some whereas others ex-
perience only mild symptoms and live for many years. The 
median survival is less than three years or patients aged 
55 years and older; however, survival of 10 to 20 years has 
been reported in younger patients.

How will MF affect my lifestyle? 
Everyone responds to cancer and cancer treatment differently. 
It is important to consult your treatment team about possible 
side effects that will affect your quality of life and daily routine. 
This way, you will be better prepared to manage them. 

How do I know whether a clinical trial is 
the best fit for me? 
Clinical trials are not for everyone. It is important to see 
whether your physician recommends clinical trials for your 
individual case of MF and to ask whether there is a study 
that may be a good fit for you. Further research about clini-
cal trials can be found at clinicaltrials.gov. 

What factors should be considered when  
discussing treatment options? 
When sorting through the variety of treatment options, be 
sure to consider the cost and side effects of the treatment. 
The severity and characteristics of your MF may limit your 
selection of treatment options. To better understand your 
doctor’s recommended treatment, stay educated about your 
MF type. It is important to discuss financial plans and sup-
port programs, as well as side effect profiles that may affect 
your quality of life, with your health care team.
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Glossary of Important Terms
Acquired resistance: refers to the process characterized by 
a decline in treatment response often resulting from genetic 
changes developed within cancer cells

Allogenic: refers to cells or tissues sourced from different 
individuals of the same species

Anemia: a condition in which the body does not have enough 
healthy red blood cells, causing fatigue and weakness 

BCL-2: refers to the B-cell lymphoma-2 gene that encodes 
proteins involved in processes related to cell death  

Bone marrow: soft, fatty tissue inside bone, where blood 
cells form 

Cancer: refers to disease states characterized by uncon-
trolled cellular growth that can invade neighboring tissues, 
which often may be attributed to acquired gene mutations

Chemotherapy: drugs that destroy rapidly growing cells in 
the body, including cancer cells 

Clinical trial: a type of research study enabling doctors 
to evaluate the safety and effectiveness of promising new 
treatments or procedures 

Complete blood count (CBC): a series of tests that evaluate 
blood samples for abnormal levels of red blood cells, white 
blood cells and platelets

Cytokine: a protein made by immune cells that function to 
modify immune responses to fight cancer, infections and 
other diseases

DIPSS: refers to the Dynamic International Prognostic Scor-
ing System that is typically used in the United States for 
myelofibrosis risk assessment

Extramedullary erythropoiesis: refers to the production of 
red blood cells that occurs in organs or tissues outside the 
bone marrow

Fibrosis: scar tissue that forms in the bone marrow that 
can negatively impact normal function including blood cell 
production

Gene mutations: an alteration in the sequence of genetic 
information contained within chromosomes

Hematologist: a doctor who specializes in diagnosing and 
treating blood disorders

JAK: refers to Janus kinase, an enzyme involved in the regula-
tion of new blood cell production and various immune functions

Monoclonal antibody: a cancer treatment that uses drugs to 
target proteins on the surface of cancer cells and assists the 
immune system in attacking the cancer cells 

Myelofibrosis: a type of blood cancer involving a process in 
which healthy bone marrow is replaced with fibrous tissue, 
resulting in decreased ability to produce normal levels of 
blood cells

Myeloproliferative disorder: disorders in which blood 
cells grow abnormally in the bone marrow, often resulting in 
excesses or deficiencies in platelets, red blood cells or white 
blood cells  

Oncologist: a doctor who specializes in diagnosing and 
treating cancer 

Platelets: small cellular fragments that assist in the forma-
tion of blood clots

Primary myelofibrosis: myelofibrosis that develops on its 
own and is often associated with a gene mutation

Prognosis: the predicted course and severity of disease 

Red blood cells: cells that transport oxygen to other cells 
and tissues in the body

Refractory: refers to the body’s resistance to certain treatment 

Relapse: the return of cancer after a patient was in remission 

Risk assessment: a process to categorize disease risk based 
on laboratory values, symptoms and genetic factors

Secondary myelofibrosis: myelofibrosis resulting from pro-
gression of another bone marrow disorder

Splenectomy: a surgical procedure for removal of the spleen

Splenomegaly: enlargement of the spleen commonly 
observed with MF

Thrombocytopenia: a condition in which the body does not 
have enough platelets in the bloodstream, which can lead to 
issues with bleeding and bruising

White blood cells: cells that serve essential immune system 
functions and help fight infections
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Questions to Ask Your Health Care Provider
Receiving a cancer diagnosis can be overwhelming. To help get the answers you need, here is a list of questions to ask your 
doctor. Be sure to take this list to your appointment. There is also space for you to add questions and notes of your own9,52: 

What is the risk assessment for my MF, and what does that mean for me?

Can you explain my lab tests to me?

What other doctors or specialists do you recommend I see for MF?

Is it likely that my MF will spread to other organs of my body?

What treatments do you recommend for me and why?

What is the goal of my treatment plan?

What are the side effects of my treatment and how can I prepare myself and manage them?

How long will my treatment last?
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Do I need to make any lifestyle changes?

Can my cancer return after treatment?

Can you give me more information on clinical trials?

What support services do you recommend for me and my family?

What will happen after treatment?

Should my family members be tested for MF?

Do you have any brochures or additional materials that I can take home? What are some trustworthy 

resources online?

Whom should I speak with about my financial and insurance concerns?
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Additional questions: 
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CancerCare
http://www.cancercare.org

CancerCare is a national organization offering free, professional 
support services and information to help patients manage the 
challenges of cancer. This organization offers comprehensive, 
practical support from oncology social workers and world-leading 
cancer experts. 

Resource Checklist
 Case management, counseling, and support groups
 Educational workshops and publications by cancer type
 Financial and co-pay assistance resources

ADDRESS
275 Seventh Ave. 
New York, NY 10001

CONTACT INFO
Phone: 800-813-4673
Email: info@cancercare.org

American Cancer Society
http://www.cancer.org

The American Cancer Society is a nationwide, community-based, 
voluntary health organization dedicated to eliminating cancer. 
With efforts that include supporting breakthrough research, 
organizing free lodging near treatment, operating a 24/7/365 
live help line, and convening powerful activists to create 
awareness and impact, this nonprofit organization is attacking 
cancer from every angle.

Resource Checklist
 Educational materials about cancer basics
 News about latest research updates
 Interactive and multimedia cancer information resources

ADDRESS
250 Williams St. N.W. 
Atlanta, GA 
30303

CONTACT INFO
Phone: 800-227-2345

Patient Resources
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Cancer.net
http://www.cancer.net  

Cancer.net provides doctor-approved patient information 
from the American Society of Clinical Oncology. By providing 
cancer information from leaders who are highly involved 
in the advancement of cancer care, this site offers timely, 
comprehensive information so patients and families can stay 
informed about their health care.

Resource Checklist
 Updated research information
 Blog and e-newsletters
 Resources on navigating cancer care

ADDRESS
2318 Mill Road, Suite 800 
Alexandria, VA 22314

CONTACT INFO
Phone: 571-483-1780
Email: contactus@cancer.net

Cancer Support Community
http://www.cancersupportcommunity.org 

A professionally led, nonprofit, global network, Cancer Support 
Community is committed to empowering all people impacted by 
cancer through educational resources; a toll-free help line; and 
emotional, psychological and financial support services. This 
organization also conducts research and advocates at all levels of 
government. 

Resource Checklist
 Online and in-person cancer support resources
 Patient networking platform for social and emotional support
 Cancer support help line: 888-793-9355

ADDRESS
734 15th St. N.W., Suite 300
Washington, DC 20005

CONTACT INFO
Phone: 888-793-9355 
Email: Online form

Patient Resources
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The Leukemia & Lymphoma 
Society
http://www.lls.org  

As the largest nonprofit funder of blood cancer research,  
The Leukemia & Lymphoma Society is dedicated to curing blood 
cancers. This organization aims to improve quality of life for 
patients and their families through free education and support, 
including assisting patients with identifying and enrolling in 
clinical trials and driving policy changes.
  

Resource Checklist
 Informational booklets, videos and podcasts
 Caregiver support and peer-to-peer resources for patients
 Information by cancer type

ADDRESS
3 International Drive, Suite 200
Rye Brook, NY 10573

CONTACT INFO
Phone: 800-955-4572 
Email: Online form

Lymphoma Research 
Foundation
http://www.lymphoma.org  

The Lymphoma Research Foundation is dedicated to improving 
care through educational and support services and improving 
outcomes by investing in promising lymphoma research. It offers 
information about lymphoma, the most recent treatment options, 
and the latest research and educational services offered around 
the country.

Resource Checklist
 Booklets and fact sheets
 Mobile app and helpline
 Educational programs and support networks

ADDRESS
Wall Street Plaza, 88 Pine St., Suite 2400  
New York, NY 10005

CONTACT INFO
Phone: 800-500-9976 
Email: helpline@lymphoma.org
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MPN Advocacy & Education 
International
http://www.mpnadvocacy.com 

MPN Advocacy & Education International provides educational 
resources for patients, caregivers and their health care teams to 
foster awareness and understanding of the MPN disease state. 
This group hosts educational programs in which experts in the 
MPN community share updates in research, clinical trials and 
treatment options to help improve access to MPN education.

Resource Checklist
 Educational events for patients and caregivers
 Brochures and community connection newsletters
 Patient advocacy resources 

CONTACT INFO
Phone: 517-899-6889
Email: Online form

MPN Cancer Connection
http://www.mpncancerconnection.org

Started by a patient advocate who has polycythemia vera, 
MPN Cancer Connection empowers patients to improve their 
care by expanding the range of available resources for patients 
with cancer. This organization prioritizes a patient-focused 
viewpoint to help patients self-advocate for optimized treatment 
and support. 

Resource Checklist
 Individual and group support counseling
 Financial and insurance support assistance resources
 Informational blog

ADDRESS
7427 Matthews-Mint Hill Road, Suite 105, 
PMB 274
Mint Hill, NC 28227

CONTACT INFO
Email: info@mpncancerconnection.org

Patient Resources
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MPN Research Foundation
http://www.mpnresearchfoundation.org 

Founded by a group of patients diagnosed with polycythemia 
vera, the MPN Research Foundation aims to provide financial 
support for research into new treatments for MPNs. By bringing 
together patients, researchers and clinicians, this group 
ultimately hopes to serve as a catalyst for a cure. 

Resource Checklist
 Updates on clinical trials and treatments
 Patient advocacy resources
 Information kits and MPN science reports

ADDRESS
180 N. Michigan Ave., Suite 1870
Chicago, IL 60601

CONTACT INFO
Phone: 773-977-7216
Email: communications@mpnrf.org

MPN Education 
Foundation
http://www.mpninfo.org 

The MPN Education Foundation helps support the MPN 
community through patient-doctor conferences that help 
to educate patients and their caregivers, improve care of 
patients with MPNs and raise funds for MPN research. This 
group sponsors the Joyce Niblack Memorial Conference to 
help patients and physicians network to advance the field of 
MPN research and treatment.   

Resource Checklist
 Conferences for doctors and patients 
 In-person and online support group directories
 Information on clinical trials and study groups

ADDRESS
P.O. Box 4758
Scottsdale, AZ 85261

CONTACT INFO
Email: Online form
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Patient Empowerment 
Network
http://www.powerfulpatients.org 

The primary mission of Patient Empowerment Network is to 
empower patients and help them gain control of their health care 
journey. Emphasizing the importance of shared decision-making, 
this group aims to improve patients’ health literacy with 
informational and educational resources to help them receive the 
best, most personalized care possible.     

Resource Checklist
 Live webinars and digital empowerment course
 Help by cancer diagnosis
 Personalized support text line: 833-213-6657 

ADDRESS
20611 Bothell Everett Highway
Bothell, WA 98012

CONTACT INFO 
Phone: 833-213-6657
Email: admin@powerfulpatients.org

National Organization for 
Rare Disorders
http://www.rarediseases.org

The National Organization for Rare Disorders has been providing 
services to families and patients, medical professionals, rare 
disease patient organizations, and those who may be looking 
to advance diagnostics and therapies for more than 30 years. 
This patient advocacy organization provides materials for each 
population looking to gain more information on rare disease 
types.

Resource Checklist
 Information on medication and financial assistance programs
 Updates on clinical trials and rare disease research 
 Patient organization resources

ADDRESS
55 Kenosia Ave. 
Danbury, CT 06810

CONTACT INFO
Phone: 800-999-6673 
Email: Online form

Patient Resources
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Patient Power
http://www.patientpower.info 

Patient Power llc is dedicated to helping cancer patients, 
survivors and family members through education and advocacy. 
Resources include access to coverage of medical conferences 
and town meetings where patients can learn from health care 
professionals and connect with other patients.This organization 
also offers programs led by top medical professionals.

Resource Checklist
 News coverage of medical conferences and town meetings
 Educational events and webinars
 Information about health centers by cancer type

ADDRESS
P.O. Box 1666 
Bellevue, WA 98009

CONTACT INFO 
Email: comments@patientpower.info

Patient Access Network 
Foundation
http://www.panfoundation.org

The Patient Access Network Foundation is dedicated to helping
patients who are underinsured or paying out of pocket for
prescribed rare disease medications and treatments. This 
organization’s mission is to improve access and affordability for 
all patients who need care.

Resource Checklist
 Patient financial assistance
 Advocacy portal for patient coalitions 
 Donation and fundraising event portal

ADDRESS
805 15th St. N.W., Suite 500
Washington, DC 20005

CONTACT INFO
Phone: 866-316-7263  
Email: info@panfoundation.org
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Resource Reference Chart

WEBSITE ADDRESS CONTACT INFORMATION

American Cancer Society
http://www.cancer.org 

250 Williams St. N.W. 
Atlanta, GA 
30303

Phone: 800-227-2345

CancerCare
http://www.cancercare.org 

275 Seventh Ave. 
New York, NY 
10001

Phone: 800-813-4673
Email: info@cancercare.org

Cancer.net
http://www.cancer.net 

2318 Mill Road 
Suite 800 
Alexandria, VA
22314

Phone: 571-483-1780
Email: contactus@cancer.net

Cancer Support Community
http://www.cancersupportcommunity.org

734 15th St. N.W.
Suite 300
Washington, DC 
20005

Phone: 888-793-9355
Email: Online form

The Leukemia & Lymphoma Society
http://www.lls.org

3 International Drive 
Suite 200
Rye Brook, NY
10573

Phone: 800-955-4572
Email: Online form

Lymphoma Research Foundation
http://www.lymphoma.org

Wall Street Plaza, 88 Pine St.
Suite 2400 
New York, NY 
10005

Phone: 800-500-9976
Email: helpline@lymphoma.org

MPN Advocacy & Education International
http://www.mpnadvocacy.com

Phone: 517-899-6889 
Email: Online form

MPN Cancer Connection
http://www.mpncancerconnection.org

7427 Matthews-Mint Hill Road 
Suite 105, PMB 274
Mint Hill, NC 
28227

Email: info@mpncancerconnection.org



WEBSITE ADDRESS CONTACT INFORMATION

MPN Education Foundation
http://www.mpninfo.org

P.O. Box 4758
Scottsdale, AZ 
85261

Email: Online form

MPN Research Foundation
http://www.mpnresearchfoundation.org

180 N. Michigan Ave.
Suite 1870
Chicago, IL 
60601

Phone: 773-977-7216
Email: communications@mpnrf.org

National Organization for Rare Disorders
http://www.rarediseases.org

55 Kenosia Ave. 
Danbury, CT 
06810

Phone: 800-999-6673
Email: Online form

Patient Empowerment Network
http://www.powerfulpatients.org

20611 Bothell Everett Highway
Bothell, WA 
98012

Phone: 833-213-6657
Email: admin@powerfulpatients.org

Patient Access Network Foundation
http://www.panfoundation.org

805 15th St. N.W.
Suite 500
Washington, DC 
20005

Phone: 866-316-7263
Email: info@panfoundation.org

Patient Power
http://www.patientpower.info

P.O. Box 1666 
Bellevue, WA 
98009

Email: comments@patientpower.info
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