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Questions and Answers Regarding Vidaza® (azacitidine for injectable 
suspension) and Demethylating Agents 

 
The recent approval of a third drug for the treatment of MDS is great news for patients 
with the condition who, up until mid-2004, did not have an approved therapy available to 
them. The following questions and answers may help medical professionals and patients 
understand the specific benefits of each therapy, as well as which patients might 
respond best to each.  
 
Q: What is Vidaza®? 
A: Vidaza (azacitidine for injectable suspension) was the first drug and the first 
demethylating agent approved by the U.S. Food and Drug Administration (FDA) for the 
treatment of myelodysplastic syndromes (MDS). Vidaza is approved to treat all five sub-
types of the disease.  Nearly two years of experience has shown that Vidaza is safe and 
effective in clinical practice.  Vidaza has a dual mechanism of action.  Clinical trials have 
demonstrated that, in some patients, Vidaza can improve peripheral blood counts, 
reduce immature blood cells and eliminate the need for blood transfusions. 
 
Q: What is a demethylating agent? 
A: Demethylating agents may help restore normal function to genes that control how 
cells develop and grow. In the case of MDS, these genes have been ‘turned off’, through 
the addition of chemical units called methyl groups to cells’ DNA. When enough of these 
methyl groups have accumulated, they can inactivate genes, allowing abnormal cells to 
grow unstopped. Demethylating agents remove the methyl groups, thereby reactivating 
the suppressor genes. 
 
There are currently two demethylation agents that are approved for the treatment of 
MDS: Vidaza and Dacogen™ (decitabine for injection).  
 
Q: How does Vidaza work? 
A: Vidaza is believed to inhibit abnormal cell development through two mechanisms. 
First, by causing demethylation, which may restore normal function to genes critical for 
differentiation and proliferation, and second, through direct cytotoxic effects to rapidly 
dividing cells in the bone marrow, where cellular components of blood are formed.  The 
cytotoxic effects of azacitidine cause the death of rapidly dividing cells, including cancer 
cells that are no longer responsive to normal growth control mechanisms.  
 
Q: How effective is Vidaza? 
A: In a Phase 3 clinical trial, 40 percent of patients treated with Vidaza experienced 
clinical benefit*.  “Clinical benefit” includes patients exhibiting complete response to the 
drug, partial response to the drug and hematological improvements.   
 
The amount of time before a blood transfusion is required may be another measure of 
effectiveness.  Patients in the phase 3 Vidaza trial experienced median transfusion 
independence of 330 days.  
 



Q: Is Vidaza safe? 
A: In clinical studies, the most commonly occurring adverse reactions were nausea 
(70.5%), anemia (69.5%), thrombocytopenia (65.5%), vomiting (54.1%), pyrexia 
(51.8%), leukopenia (48.2%), diarrhea (36.4%), fatigue (35.9%), injection site erythema 
(35.0%), constipation (33.6%), neutropenia (32.3%) and ecchymosis (30.5%). Other 
adverse reactions included dizziness (18.6%), chest pain (16.4%), febrile neutropenia 
(16.4%), myalgia (15.9%), injection site reaction (13.6%), aggravated fatigue (12.7%) 
and malaise (10.9%). 
 
Q: How are these drugs administered? 
A: Vidaza is administered via subcutaneous injection once-a-day for seven days every 
four weeks.  Dacogen is intravenously infused over a three-hour period every eight 
hours for three consecutive days and the cycle is repeated every six weeks.  It is 
important to note that hospital stays are not required for Vidaza administration; patients 
can leave after they visit their doctor’s office for the injection. Dacogen administration 

sually requires a three-day hospital stay.  u 
 
Q: Will I still need blood transfusions while taking Vidaza? 
A: In a phase 3 clinical trial, Vidaza has been shown to promote transfusion 
independence for a median of 330 days in responding patients. 
 
Q: Where can I find more information about Vidaza? 
A: For more information about Vidaza, visit Pharmion’s web site at www.pharmion.com. 
 
 
 
 
 
 
 
 
 

VIDAZA is FDA-approved for the treatment of all myelodysplastic syndrome (MDS) 
subtypes†: RA or RARS (if accompanied by neutropenia or thrombocytopenia or 
requiring transfusions), RAEB, RAEB-T, or CMMoL. 
 
STUDY DESIGN:    9221 Study Design: A randomized, open-label, phase III study 
comparing the efficacy and safety of VIDAZA plus supportive care vs supportive care 
alone. 191 patients (132 male, 59 female, age 31-92) with all 5 subtypes of MDS 
classified according to the French, American, British (FAB) classification system were 
studied. VIDAZA was administered to patients subcutaneously at a dose of 75 mg/m2 
daily for 7 days every 4 weeks. Dosage adjustments were allowed based on response or 
adverse events. The primary study endpoint was response rate. 
 
                                    Response Criteria: Complete response was defined as <5% 
blasts in the bone marrow, absence of blasts in the peripheral circulation, and normal 
CBC (if abnormal at baseline) maintained for at least 4 weeks. Partial response was 
defined as at least a 50% decrease in bone marrow blasts and improvement of bone 
marrow dyspoiesis (for RAEB, RAEB-T, and CMMoL only) plus, for all subtypes, at least 
a 50% restoration in the deficit from normal of baseline white cells, hemoglobin, and 



platelets (if abnormal at baseline) and no blasts in the peripheral circulation maintained 
for at least 4 weeks. For CMMoL, if white cells were elevated at baseline, PR also 
required at least a 75% reduction in the excess count over the upper limit of normal, 
maintained for at least 4 weeks. 
 
FOOTNOTES:            *16% of patients responded (CR + PR). 
 
                                   †According to the FAB classification system. 

 

Important Safety Information 

Vidaza is contraindicated in patients with a known hypersensitivity to azacitidine or 
mannitol and in patients with advanced malignant hepatic tumors.  
 
In clinical studies, the most commonly occurring adverse reactions were nausea 
(70.5%), anemia (69.5%), thrombocytopenia (65.5%), vomiting (54.1%), pyrexia 
(51.8%), leukopenia (48.2%), diarrhea (36.4%), fatigue (35.9%), injection site erythema 
(35.0%), constipation (33.6%), neutropenia (32.3%) and ecchymosis (30.5%). Other 
adverse reactions included dizziness (18.6%), chest pain (16.4%), febrile neutropenia 
(16.4%), myalgia (15.9%), injection site reaction (13.6%), aggravated fatigue (12.7%) 
and malaise (10.9%).  
 
Because treatment with Vidaza is associated with neutropenia and thrombocytopenia, 
complete blood counts should be performed as needed to monitor response and toxicity, 
but at a minimum, prior to each dosing cycle. 
 
Because azacitidine is potentially hepatotoxic in patients with severe pre-existing hepatic 
impairment, caution is needed in patients with liver disease. In addition, azacitidine and 
its metabolites are substantially excreted by the kidneys and the risk of toxic reactions to 
this drug may be greater in patients with impaired renal function. Because elderly 
patients are more likely to have decreased renal function, it may be useful to monitor 
renal function.  
 
Vidaza may cause fetal harm. While receiving treatment with Vidaza, women of 
childbearing potential should avoid becoming pregnant, and men should avoid fathering 
a child. In addition, women treated with Vidaza should not nurse.  
 
Please see enclosed prescribing information. 
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