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Please note that he information conveyed at this conference is for general information purposes only. While many sessions cover medical issues, the information is not given as medical advice and should not be construed as such. Patients should always seek medical advice from a qualified physician and discuss
 individual questions and concerns with their treating physician. Inclusion of information at the AA&MDSIF conference does not constitute an endorsement or recommendation by AA&MDSIF of any
 medical care provider, treatment practice, medication, product, or manufacturer.
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LETTER FROM THE CHAIRMAN…
 Dear Friends, Welcome to our 2007 annual Patient and Family Conference! We’re happy to be here in Las Vegas. Even though the current popular saying is “What happens in Vegas stays in Vegas,” we want each of you to be able to go home with lots to tell about new friendships you made and the up-to-date information about bone marrow failure diseases you learned. We also hope that you will be energized to be an ambassador for the AA&MDSIF to advocate for our mission, help other patients, and encourage your congressional delegates to support our various legislative initiatives. A year ago when I first assumed the role of Chairman of the Board, I told you that I had no doubt in my mind that AA&MDSIF was poised to make great strides in patient services, advocacy, and research aimed at finding cures for bone marrow failure diseases. Following the retirement of our long-time cheerleader and friend, Marilyn Baker, we today welcome our new Executive Director, John Huber, who is ready, willing, and able to lead our Foundation and support each of you with his experience and passion. We will continue:
 • Serving as the number one resource for medical information and support services,
 • Expanding our quest to join patients, families, doctors, nurses, pharmaceutical companies, and government into a single team, united in the mission to cure bone marrow failure diseases,
 • Operating with the highest ethics and quality of service. As a fellow aplastic anemia patient, I know the importance and benefits of what our Foundation does. We’ve been busy expanding services and updating our educational materials as well as looking for new ways to use technology and our grass roots support to advance awareness of our cause on every possible front. From working closely with congressional leaders and governmental agencies to working with the developers of the Marrowforums web-based forum for patient communication, we are constantly striving to give you the information and services you want and need. I continue to pledge my unwavering dedication and support to our common cause. The members of our outstanding Board of Directors, who have all become my wonderful friends, share this same dedication to support you and your families. We have achieved major advances this past year, and I see only wonderful successes ahead. You will be hearing about these successes at this Conference as well as in e-Bulletins and newsletters throughout the year. Have a wonderful Patient and Family Conference! Sincerely, Neil Horikoshi, Esq. Chairman, Board of Directors
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IMPORTANT REMINDERS…
 Room Temperature: Please take note that the air conditioning will be running in the hotel. Even though it will be hot outside, you may wish to bring a sweater to wear during the meetings.
 Special Diets/Meal Preferences: If you require a special diet, please inform registration staff so that we can arrange to accommodate your needs.
 Conference Survey & Gift: Please complete our conference survey and return it to the registration table on Friday between 1:00 and 5:00pm for your gift!
 Electronic Devices: Please keep your cell phones and other electronic devices turned off or on vibrate.
 Questions for Doctors: Please keep your questions for the doctors general in nature, as without having studied your specific case it is impossible and not appropriate for them to address your particular situation. Thank you for your cooperation in this regard.
 Expo Area: Visit our Expo Area to talk with pharmaceutical company representatives, to meet our Patient Information staff who can answer your questions, to browse through books at our special table from Borders, and to receive free gifts!
 Photograph OPT-OUT: Candid photographs will be taken throughout the conference. If you wish that your photograph not be included in our future newsletters or on our website, please complete the “PHOTOGRAPH OPT-OUT” form available at the registration table.
 Roster OPT-IN: Rosters with contact information for conference attendees will be mailed to attendees (not including pharmaceutical company representatives) after the conference. If you wish that your name and contact information be included on this roster, please complete the “ROSTER OPT-IN” form in your tote bag and return it to the registration table.
 Color Coding of Name Badges: Name badges are color coded by disease to make it easier for you to connect with others during the conference. (This includes patients, families, parents, etc.)
 Aplastic anemia, PRCA = red stripe MDS = blue stripe PNH = yellow stripe Speakers = gold Volunteers = white
 Foundation staff and board members are easily recognized by our red and white badges.
 Visit Our Expo Area…
 Exhibitors include Alexion Pharmaceuticals, Borders Books, Celgene Corporation, Robin Grappa and Patty Laastch of "Our Hike," Pharmion Corporation, and Novartis Pharmaceuticals.
 The AA&MDSIF will also have a Patient Information Table with brochures and other information, along with staff to answer your questions.
 Exhibit hours will be from 7:30am until 5:00pm on Thursday and Friday.* Stop by to talk to representatives of the pharmaceutical companies and to learn more about treatments that are now available.
 *Please note that exhibit hours may change slightly.
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LETTER FROM THE EXECUTIVE DIRECTOR… Dear Friends, It is my pleasure to welcome you to the 2007 Patient and Family Conference. With a record number of patients, family members and caregivers registered and an outstanding group of presenters and facilitators, we are looking forward to a great Conference. Some of you may have attended many of the previous 21 Conferences. For others, including me, this will be our first. For all of us, these next few days can be truly special. A poster on my office wall proclaims “Learning Never Ends.” That is particularly true for each of us at this Conference. Whether patient or physician, nurse or family member, parent or sponsor, volunteer or staff member, caregiver or friend, this Conference affords us the opportunity to listen, share, learn, reach out, and reflect. When we leave here on Friday, it should be with new knowledge about the diseases we live with, new friends upon whom we can count, and renewed hope for the future. One of the most important tasks the staff, Board members, and I will have during the Conference is to listen. We want to hear from you about how we can best serve you. One of my favorite questions is “What’s right, wrong and missing?” Please let us know what you feel we are doing right, what we could be doing better and what else we should be doing to serve you, not just at this Conference, but about all aspects of the Foundation. We know we are far from perfect just as you know we can’t do everything. But if we don’t ask and you don’t share your ideas, concerns and suggestions, we will never become the Foundation you need us and we want to be. Thanks to our speakers and presenters for sharing their expertise; to our staff and volunteers for organizing the Conference and making it happen; to our donors and corporate sponsors for their generosity and support; and especially to you, our guests for being here with us to learn and to share. Let’s enjoy our time together! John M. Huber Executive Director
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2007 AA&MDSIF CONFERENCE AGENDA Important Note: Agenda is subject to change.
 Registration Name Tags MUST be worn at all times for entry.
 WEDNESDAY, August 15 2:00pm Registration Opens Pre-function Area 1
 5:00pm Reception Summit Room
 6:00pm Dinner Renaissance 1
 7:00pm Overview of Bone Marrow Failure Diseases Renaissance 1 Neal Young, MD of the National Institutes of
 Health, National Heart, Lung, and Blood Institute THURSDAY, August 16 7:30am Breakfast & Registration; Expo Area Opens Renaissance 1
 8:30am Disease & Treatment Updates Renaissance 2 & 3 -Scientific Highlights in BMFD – Ron Paquette, MD
 -Aplastic Anemia – Neal Young, MD -MDS – Steven Gore, MD -PNH – Jaroslaw Maciejewski, MD, PhD
 Also on panel but not presenting: -Bone Marrow Transplants (BMT) – Joachim Deeg, MD -Pediatric Issues – David Margolis, MD
 10:30am Break
 10:45am Question & Answer Session with Panelists Renaissance 2 & 3
 12:00pm Lunch Renaissance 1
 1:30-3:30pm Roundtable Discussions with Doctors & Other Experts -Aplastic Anemia Rainbow Room
 -MDS Capital Room -PNH Paramount Room -Pediatric Issues Chairman Room -Bone Marrow Transplant Five Spot Room -Iron Overload Summit Room -Clinical Trials Boardroom
 4:00-5:00pm AA&MDSIF Focus Group Chairman Room Marrowforums Bulletin Board Focus Group Rainbow Room Pharmaceutical Company Focus Groups (by invitation) 2nd Floor Rooms
 5:00pm Reception Summit Room

Page 7
						
						

6:00pm Dinner Renaissance 1
 7:00pm Navigating the Maze of Experimental Drugs Renaissance 1 Maria Hardin, Vice-President of Patient Services, National Organization of Rare Disorders
 FRIDAY, August 17
 7:30am Breakfast & Registration; Expo Area Opens Renaissance 1
 8:30am Disease & Treatment Updates Renaissance 2 & 3 -Bone Marrow Transplants (BMT) – Joachim Deeg, MD
 -Pediatric Issues – David Margolis, MD -Causes of BMFD & Epidemiology – Jaroslaw Maciejewski, MD, PhD -Iron Overload – Steven Gore, MD -Future of Research in BMFD – Ron Paquette, MD
 10:30am Break
 10:45am Question & Answer Session with Panelists Renaissance 2 & 3
 12:00pm Lunch Renaissance 1
 1:00-3:00pm Support & Coping Workshops -MDS Patients: Newly Diagnosed Renaissance 2 -MDS Patients: Long-Term Diagnosed Renaissance 3 -PNH Patients Summit Room
 -Aplastic Anemia Patients Paramount Room -Children/Teens Chairman Room
 -Parents Rainbow Room -Spouses/Partners Capital Room
 -Family Five Spot Room -Bereavement Boardroom
 4:00-5:00pm AA&MDSIF Focus Group Chairman Room Marrowforums Bulletin Board Focus Group Rainbow Room Pharmaceutical Company Focus Groups (by invitation) 2nd Floor Rooms
 5:00pm Reception Summit Room
 6:00pm Dinner Renaissance 1
 7:00pm A Message of Hope: Paul Donoghue, PhD Renaissance 1 Conference Closing

Page 8
						
						

OUR PRESENTERS…
 We are grateful to the outstanding group of experts who are presenting at this year’s conference!
 Our presenters will speak on the following topics:
 Aplastic Anemia Neal Young, MD National Heart, Lung & Blood Institute of the National Institutes of Health
 MDS Iron Overload Steven Gore, MD Sidney Kimmel Cancer Center of Johns Hopkins
 PNH Causes and Epidemiology of Bone Marrow Failure Diseases Jaroslaw Maciejewski, MD, Ph.D. Cleveland Clinic Foundation
 Pediatric Issues David Margolis, MD Children’s Hospital of Wisconsin
 Bone Marrow Transplants (BMT) Joachim Deeg, MD Fred Hutchinson Cancer Research Center
 Scientific Highlights in Bone Marrow Failure Diseases Future of Research in Bone Marrow Failure Diseases Ron Paquette, MD University of California, Los Angeles
 Experimental Drugs Maria Hardin, Vice-President of Patient Services National Organization of Rare Disorders
 Inspiration and Hope Paul Donoghue, PhD Author of “Are You Really Listening?” and “Sick and Tired of Being Sick and Tired”
 Thank You!
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Neal Young, MD National Heart, Lung & Blood Institute of the National Institutes of Health
 Bone Marrow Failure Syndromes: Compare and Contrast
 Biological Lessons From The Study Of Human Bone Marrow Failure Bone Marrow Failure Syndromes: Compare and Contrast Inability of the bone marrow to produce red blood cells, white cells, and platelets is bone marrow failure. There are different well defined diseases, such as vitamin B12 deficiency, that qualify as bone marrow failure with a clearly understood cause, and syndromes,
 such as aplastic anemia, where the origin of the failed marrow is less clear. Also confusing is the relationship among these syndromes, especially aplastic anemia, myelodysplastic syndrome, paroxysmal nocturnal hemoglobinuria, and large granular lymphocytosis. Some patients simultaneously have features of each of these syndromes, or one syndrome may appear to develop from another over time. The marrow failure syndromes share mechanisms or pathophysiology, and they may also respond to similar treatments, both stem cell transplant and immunosuppressive therapies. Biological Lessons From The Study Of Human Bone Marrow Failure A major focus of research in aplastic anemia in the last several years has been the identification of genetic risk factors for disease. Studies of families with children suffering from an inherited form of aplastic anemia first implicated genes of the telomere repair complex in predisposition to low blood counts. Our chromosomes contain our DNA; telomeres are located at the very ends of chromosomes and serve to protect them from inevitable damage that occurs every time a cell divides. The cell has different mechanisms to protect its chromosomes' telomeres. One is the telomere repair complex, a biologic machine composed of many proteins and RNA. Mutations in the genes that encode these components are found in dyskeratosis congenita, the inherited type of aplastic anemia, and also in some patients with apparently acquired aplastic anemia. However, mutations in many families, while leading to telomere shortening, do not produce marrow failure, or blood count abnormalities are only mild and never progress. Many different mutations in TERT, the gene for the enzyme telomerase, have been identified in aplastic anemia; in addition, TERT mutations occur in myelodysplasia and in acute leukemia. In other patients, TERT is abnormal in diseases of other organ systems, such as pulmonary fibrosis and severe liver failure. The short telomeres that occur due to defects in the telomere repair complex provide a mechanism for malignancy, as chromosomes become sticky, resulting in cytogenetic abnormalities.
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Steven Gore, MD
 Sidney Kimmel Cancer Center of Johns Hopkins
 Myelodysplastic Syndromes
 Iron Overload Myelodysplastic Syndromes
 The myelodysplastic syndromes are a mixed bag of “clonal” stem cell disorders of the bone marrow. Clonal means that all the cells derive from one ancestor stem cell. Although traditionally MDS has been considered a “pre-leukemia,” it may be more useful to think of MDS as a chronic leukemia in which the abnormal cells continue to mature to a greater or
 lesser extent as in other chronic leukemias. As with other chronic leukemias, over time most cases of MDS worsen, with a decreased ability of the bone marrow cells to mature. This leads to a build-up of the most immature bone marrow cells (blast cells). When the blast cells reach 20% in the blood or bone marrow, the name of the disease is arbitrarily changed to “acute myeloid leukemia.” This is a name change - the disease has not changed suddenly, although it has gotten worse. Because myelodysplastic syndromes are heterogeneous, it is critical to characterize each case of MDS fully. This will provide prognostic information, such as how long this disease is likely to smolder before getting worse, and may point to specific treatments which may be especially helpful for the individual patient. All cases need to have detailed chromosome analysis (cytogenetics), bone marrow iron stain, quantification of bone marrow blasts, in order to assign a diagnosis by the WHO classification and an IPSS score (International Prognostic Score). Each patient should be assessed for the potential for an allogeneic stem cell transplant, either myeloablative (full transplant) or non-myeloablative (the so-called “mini-transplant’). Allogeneic transplant is the only curative therapy for MDS. If a patient is an appropriate transplant candidate, appropriate timing of transplant needs to be considered - as soon as possible versus when the disease worsens. Whether or not the patient is going to get a transplant, a variety of effective therapies exist, which again need to be selected based on patient features. Patients with a low serum erythropoietin level and problems with anemia may benefit from growth factors such as erythropoietin (Procrit®) or darbepoietin (Aranesp®). A subset of patients may benefit from treatments which suppress the immune system, such as antithymocyte globulin or cyclosporine. Patients with deletions of the long arm of chromosome 5 (5q-) are likely to benefit from lenalidomide (Revlimid®). 5-azacitidine (Vidaza®) and decitabine (Dacogen®) improve blood counts in the largest number of patients and delay the time to worsening of disease. Despite the great progress in treatment of MDS in recent years, intensive ongoing research is necessary to increase patient survival, quality of life, and the numbers of patients who are cured. Whenever possible, patients should be evaluated at an MDS Center of Excellence and consider participation in clinical trials when available. Iron Overload
 While red blood cell transfusions remain critically important for maintaining quality of life for patients with bone marrow failure states, chronic transfusions carry medical risks. Because the transfusions contain iron and the body is not able to excrete excess iron, chronic transfusions lead to the build-up of stores of wasted iron which it cannot use to make blood cells because of the
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underlying disease. Over time, this accumulation of iron can cause medical problems, including darkening of the skin, liver inflammation or failure, heart failure, and diabetes. No blood test accurately identifies the point at which ongoing transfusions are likely to be associated with iron overload. Very specialized MRI exams can measure iron in the liver and heart, but this test is not widely available. Experts in iron metabolism suggest that patients who have received 20 - 30 units of blood over a lifetime and continue to receive blood should be considered for iron removal therapy (chelation). Two drugs are now commercially available for chelation. Desferoxamine (Desferal®) is usually administered as an infusion under the skin (subcutaneous) via a pump, overnight five to seven times per week. It is not convenient, but it is effective. Deferasirox (Exjade®) is administered by mouth and is much easier. The effectiveness of chelation therapy can be monitored by the serum ferritin test. Patients receiving chelation therapy need to have yearly ophthalmology and audiology exams. It is not yet known whether chelation therapy improves survival in MDS patients. While chronic transfusion programs are associated with medical risks, most patients with bone marrow failure states are under transfused. Inadequate hemoglobin levels leads to inferior quality of life many patients. Patients should work with their hematologist to determine the level of hemoglobin (or hematocrit) which provides adequate strength and endurance for that patient. They should then develop a plan which may include transfusions, growth factors, drug therapy, or a combination, which targets that hemoglobin as the gold standard for that patient.
 Jaroslaw Maciejewski, MD, Ph.D. Cleveland Clinic, Taussig Cancer Center
 Paroxysmal Nocturnal Hemoglobinuria- Relationship to other Bone Marrow Failure Syndromes My presentation will center on describing the latest in research and treatment options for Paroxysmal Nocturnal Hemoglobinuria (PNH). In addition to the description of disease causes (pathogenesis), and mechanisms (pathophysiology), I will also provide information on epidemiology (the incidence, distribution, and control of disease in a
 population). This year the first drug to treat several symptoms of PNH, Soliris®, was approved in the United States and in Europe, offering a new treatment option for patients. However, bone marrow transplant, albeit risky, still remains the only curative therapy for PNH. We will discuss other available treatments for PNH patients, and also what is on the forefront in research. Regarding the causes of bone marrow failure, most of these diseases are considered idiopathic. This means that the causes of the disease cannot be found with current means. We believe that most of idiopathic aplastic anemia is mediated by a dysfunctional immune system. In other cases, bone marrow failure can sometimes be caused from long-term exposure to certain chemicals or even from previous cancer treatment. In the past there have not been epidemiological studies for bone marrow failure diseases. Recently, however, some studies have been initiated. We will discuss the purpose of these studies and how they may impact what scientists know about bone marrow failure.
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David Margolis, MD Children’s Hospital of Wisconsin
 Pediatric Issues During the discussion regarding pediatric issues, we will review the diagnosis and treatment of severe aplastic anemia from the pediatric experience point of view. We will discuss diagnostic issues including assessing children for inherited bone marrow failure syndromes, which are a distinct entity from acquired severe aplastic anemia. We will then discuss the short-term and long-term outcomes of matched sibling bone marrow transplants, intensive immune suppression, and alternative donor transplants. We will also discuss questions that are increasingly being asked, such as the role of pre-implantation genetic
 diagnosis/in-vitro fertilization and the use of one’s own cryopreserved cord blood in the treatment algorithm for a child with severe aplastic anemia. Please feel free to bring your own general questions and experiences to the session to stimulate an open discussion of data and experience.
 Joichim Deeg, MD Fred Hutchinson Cancer Research Center and the University of Washington School of Medicine, Seattle, WA
 Hematopoietic Cell Transplantation for the Treatment of Aplastic Anemia and Other Marrow Failure Disorders A majority of patients with aplastic anemia have evidence of immune-mediated marrow failure and are being treated with immunosuppressive therapy (discussed elsewhere). Nevertheless, for patients up to 45-50 years of age who have HLA-identical siblings (human leukocyte antigen), hematopoietic cell transplantation (HCT) may be the treatment of choice. With currently used regimens, such as a combination of
 cyclophosphamide (CY) and anti-thymocyte globulin (ATG), as many as 90% of patients are surviving, cured of their disease. Follow-up extends now to more than three decades. Patients who do not have an HLA-identical sibling donor generally undergo immunosuppressive therapy as a first-line approach; patients who do not respond or respond temporarily but recur with marrow failure are then considered for transplantation from alternative donors, generally, an HLA-identical unrelated individual. Recent studies from Europe, the United States, Japan, and Korea indicate that HCT from unrelated donors can have a high success rate if donors are selected on the basis of “high resolution” typing. With a regimen that combines CY + ATG + low-dose total body irradiation (TBI; 200 cGy) we achieved a 5-year survival of about 70%. The success rate approached 80% in patients <20 years of age. Currently, an ongoing successor study is step-wise replacing CY in this regimen by fludarabine (FLU), another immunosuppressive agent, in an attempt to further reduce toxicity. Preliminary data are encouraging, although it is too early to draw firm conclusions. However, graft-vs-host disease (GVHD), particularly in its chronic form, has remained a problem, occurring in as many as 40% of patients. While the majority of these patients will resolve their
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problems after appropriate therapy, major efforts are directed at further reducing the incidence of GVHD. The use of cord blood as an alternative source of stem cells in some patients may be an option, although the rate of graft failure has been high. For the rare patient with aplastic anemia who has a syngeneic twin, the first approach may be that of simple stem cell infusion, which is curative in approximately half of the recipients; the other half will require conditioning similar to that used for patients transplanted from allogeneic donors. Pure red cell aplasia is another marrow disorder that has been treated with HCT using conditioning regimens similar to those used for aplastic anemia. There are no large series reports, but registry data suggest that non-engraftment may be more frequent than in patients with aplastic anemia. Paroxysmal nocturnal hemoglobinuria (PNH) is another disease which may lead to marrow failure. In fact, in a proportion of patients with aplastic anemia (as well as myelodysplastic syndrome), PNH clones can be detected. Patients with PNH are often conditioned with CY + ATG regimens, but also with busulfan (BU)-containing regimens. With HLA-identical sibling donors, survival is 90-100% in patients in whom the major manifestation of PNH is that of bone marrow aplasia; the success rate is lower, about 50%, in patients in whom problems with blood hemolysis or clot formation are prominent. The use of unrelated HLA-identical donors has been associated with lower success rates. However, the recent introduction of lower intensity regimens, such as a combination of FLU and low-dose TBI, has resulted in long-term success in 40-50% of patients. MDS can evolve from aplastic anemia, and if it presents with low marrow cellularity, can be difficult to distinguish from aplastic anemia. Among patients with low-risk MDS, the success rate with HCT, either from related or unrelated donors, may be as high as 75%. Regimens used for conditioning are usually more intensive than for aplastic anemia, for example, combining BU + CY. The success rate is substantially lower in patients with advanced MDS. As with the other marrow failure states, GVHD has remained a problem; another cause of failure in advanced MDS is disease relapse. Ongoing studies using, for example, radioisotope-conjugated antibodies in addition to chemotherapy, hold some promise. It will be important to better characterize subgroups of patients with MDS in order to apply more stage-specific conditioning regimens.
 Ronald Paquette, MD University of California, Los Angeles
 Future of Research in BMFD
 Scientific Highlights in BMFD Future of Research in BMFD
 The future of therapy for the bone marrow failure diseases is considerably brighter now than just a few years ago. New drugs are entering clinical trials at an accelerated rate, and patients are benefiting as never before.
 Aplastic anemia patients have a high chance of successful results with standard therapy. Nevertheless, many new immunosuppressive drugs have become available in recent years and
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some of them are now being explored for use in aplastic anemia. One such drug is the immunosuppressive antibody Campath®, which is being compared to antithymocyte globulin in newly diagnosed aplastic anemia patients at the NIH. An immunosuppressive drug used for organ transplantation, sirolimus, is being used in combination with cyclosporine for resistant aplastic anemia. Success with the use of umbilical cord blood stem cells for transplantation has been growing, so clinical trials are investigating the use of single-or double-cord blood units in patients with aplastic anemia. Attempts are also underway to improve the outcome of unrelated stem cell transplantation in aplastic anemia by substituting an immunosuppressive drug, fludarabine, for total body irradiation. The number of new drugs in clinical trials for myelodysplastic syndrome (MDS) is overwhelming. Below is a partial list of the types of drugs that are currently being investigated for the treatment of MDS.
 1. The FDA-approved hypomethylating agents, Vidaza® and Dacogen®, are being studied in combination with other approved drugs (Revlimid®) or experimental agents.
 2. The histone deacetylase inhibitors, which affect DNA in a manner complementary to the hypomethylating agents, are being used alone or in combination with Vidaza® or Dacogen®.
 3. Aresenic trioxide, which can improve hemoglobin levels in a small percentage of patients, is being combined with other approved or experimental drugs.
 4. The farnesyl transferase inhibitors Zarnestra® and lonafarnib, which can induce responses in MDS when used alone, are now being combined with chemotherapy for advanced MDS.
 5. Immunosuppressive therapy with antithymocyte globulin or antilymphocyte globulin, already reported to improve hemoglobin levels in some MDS patients, are undergoing further study as single agents or in combination with other treatments. The immunosuppressive drug Campath® is also under investigation in MDS.
 6. The drug Enbrel®, that neutralizes tumor necrosis factor alpha and is approved for rheumatoid arthritis, is being studied in combination with immunosuppressive drugs and other therapies.
 7. Drugs with unique activities such as Scio-469 (MAP kinase inhibitor) and TLK 199 (glutathione synthesis inhibitor) are also undergoing clinical evaluation.
 8. The platelet growth factor AMG-531 is being used in combination with Vidaza® or Revlimid® in order to improve platelet counts during standard therapy.
 9. Peptide vaccines are also being tested. 10. Ongoing studies are attempting to optimize nonmyeloablative transplantation and umbilical
 cord blood transplantation in MDS. Basic research that is dissecting differences between MDS cases at the molecular level may help to better select therapy in the future when many treatment options will likely be available. Scientific Highlights in BMFD
 The last year has provided some dramatic advances in the therapy for patients with bone marrow failure but also some cautionary developments. Several new medications were approved by the FDA that are significantly impacting patient care. Decitabine (Dacogen®) was approved by the FDA in May 2006 for the treatment of myelodysplastic syndrome (MDS). Decitabine is a drug similar to azacytidine (Vidaza®). Both drugs work in part by reactivating genes that have been silenced by methylation in the MDS cells. Clinical trials have demonstrated responses in 17-26% of patients with MDS treated with decitabine.
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The FDA approved eculizumab (Soliris®) for the treatment of paroxysmal nocturnal hemoglobinuria (PNH) in March 2007. Eculizumab is an antibody that binds to a complement protein in the blood, thereby preventing the destruction of sensitive PNH red blood cells. Clinical trials demonstrated that eculizumab improves hemoglobin levels and decreases transfusion requirements in PNH patients. Preliminary evidence also suggests that it may decrease the frequency of clotting events. Recent reports have raised concern about drugs that have long been used as supportive care for patients with bone marrow failure. The Erythropoiesis-stimulating agents (ESAs) are genetically engineered forms of erythropoietin and include Epogen®, Procrit®, and Aranesp®. Most patients with MDS will receive one of these drugs for treatment of anemia. Reports in the last year have shown that ESA administration was associated with an increased risk of death in cancer patients. The increased risk of death was due to a higher incidence of clotting events that occurred predominantly in patients whose hemoglobin levels were pushed above 12 g/dL. The ESAs also appear to increase resistance to chemotherapy or radiation therapy in certain tumors. It is unclear if these study results have relevance for MDS patients. The use of ESAs is undergoing careful scrutiny by the FDA and insurance carriers. In May 2007 the Centers for Medicare and Medicaid Services proposed that coverage for ESA treatment in MDS should be terminated. However, the Oncology Drug Advisory Committee of the FDA proposed that restrictions on ESA therapy should not be applied to MDS. Laboratory and clinical research have raised concerns that adding granulocyte colony-stimulating factor to immunosuppressive therapy in aplastic anemia patients may increase the risk of developing MDS or acute myelogenous leukemia. The results of ongoing randomized clinical trials will help to clarify this matter.
 Maria Hardin Vice-President of Patient Services National Organization of Rare Disorders
 Navigating the Maze of Experimental Drugs
 Drugs that have not yet been approved by the Food and Drug Administration (FDA) but that are being studied to see if they are effective for a certain disease are considered experimental. In addition, drugs that have been approved by the FDA for one reason but are used
 to treat a different disease can be considered experimental. Many drugs for rare diseases such as bone marrow failure fall into the category of experimental because of the smaller number of patients with the disease. Thus when a health provider suggests to a patient taking a medication that is considered experimental, patients must, with input from their providers, make decisions about the appropriateness of the drug and look at the known risks as well as the potential benefits of the drug. Once the decision to take the drug is made, however, getting access to it can be difficult. Ms. Hardin will explain how to get around many of the hurdles. Please note that this talk is also part of the Bone Marrow Failure Conference: Diagnostic and Treatment Issues for Hematology and Oncology Nurses.
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Paul Donoghue, PhD Author of “Sick and Tired of Feeling Sick and Tired” and “Are You Really Listening?”
 A Message of Hope Unlike a leg in a cast, invisible chronic illness (ICI) has no observable symptoms. Consequently, people who suffer from chronic fatigue, chronic pain, and many other miseries often endure not only the ailment but dismissive and negative reactions from others. Since its first publication, Sick and Tired of Feeling Sick and Tired has offered hope
 and coping strategies to thousands of people who suffer from ICI. Paul Donoghue and Mary Siegel teach their readers how to rethink how they themselves view their illness and how to communicate with loved ones and doctors in a way that meets their needs. The authors' understanding makes readers feel they have been heard for the first time. The authors include the experiences of the many people who have responded to the book and to their lectures and television appearances. They expand the definition of ICI to include other ailments such as depression, addiction, and obsessive-compulsive disorders, and they offer fresh insights on four topics that often emerge: guilt, how ICI affects the family, meaningfulness, and defining acceptance. Dr. Donoghue has served for more than 25 years as the director of Community Psychological Consultants, a private practice in Stamford, Connecticut. Since 1970, he has been the director of Touchstone Communication, a consulting firm that helps business, education and religious groups improve their communication skills. Born in England, Dr. Donoghue came to the United States after World War II. He holds a BA magna cum laude from St. Mary’s University in San Antonio, Texas. He earned his MA and PhD at St. Louis University in St. Louis, Missouri. Dr. Donoghue did theological studies at the University of Fribourg, Switzerland. Dr. Paul Donoghue is a dynamic and much sought-after speaker. He has been featured in the New York Times, been interviewed by Katie Couric on “The Today Show,” and appeared on hundreds of TV and radio programs throughout the United States and the United Kingdom.
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The AA&MDS FOUNDATION STAFF We’re Here to Help…
 John Huber Executive Director [email protected] John brings to the Foundation more than 36 years of leadership experience with associations, foundations and non-profit organizations. John joins the AA&MDSIF after serving as Executive Director of the American Urological Association Foundation (AUAF). Prior to serving with the AUAF, John served for eight years with Goodwill Industries International (GII), most recently as its Vice-President of Membership Support Services. He also served as the National Executive Director for the Lupus Foundation of America. During his tenure with these three organizations, he developed a track record of creating and implementing new governance models and strategies, securing financial resources for patient education and research programs, expanding membership, and deploying "member service" driven concepts. John has a B.A. degree from Mount St. Paul College and a Master’s degree in Adult Education from the University of Wisconsin, Milwaukee.
 Christin Engelhardt Health Professional Program Director [email protected]
 Christin came to the Foundation last November with more than fifteen years of experience in non-profit health care organizations, including the Health Assistance Partnership (a non-profit organization then dedicated to serving programs that help people with health care coverage and access), the Reflex Sympathetic Dystrophy Syndrome Association, and the American Sleep Apnea Association. Christin now works with health professionals—community hematologists, nurses, physician assistants—to provide them crucial information and resources on the diagnosis and treatment of people with rare bone marrow diseases. Working with the Foundation's Medical Advisory Board as well as its Advisory Councils, she manages publications and teleconferences for health professionals as well as the annual nurses' conference. In addition, Christin runs the Foundation's research program to advance its goal of finding a cure for bone marrow disease. She has lately been focused on the Foundation's fight to keep Medicare coverage of ESAs for MDS patients.
 Beth Bradley Clinical Trials Educator [email protected] Beth provides thousands of patients and family members who call the AA&MDSIF with access to critical information and resources. Beth maintains our Patient Clinical Trials listing by monitoring current research that is being conducted around the country. Beth is here to help patients, family members, and caregivers learn about clinical trials and how they work, to answer their questions, and to provide them with educational resources. She also helps guide patients to medical experts for additional help. For over 10 years, Beth has worked as a patient advocate in a variety of health care settings. She brings a thorough understanding of patients' medical and non-medical needs to her work of linking patients with knowledgeable volunteers and local support groups. Beth is part of our dedicated team that offers patients information, hope, and the resources to take charge of the disease—and focus on their quality of life.
 Leigh Clark Patient Educator [email protected] Leigh recently joined the AA&MDSIF as a Patient Educator. She communicates with patients and families all over the world by telephone or email, providing information, support, and hope. Leigh is here to help patients, family members, caregivers, and medical professionals by answering their questions about bone marrow failure diseases and treatments, find financial resources, and to provide them with educational materials. She brings to the foundation over 18 years experience as a patient advocate, most recently with United Cerebral Palsy of Southern MD.
 Kathy Fisher Financial Manager [email protected] If an organization is very lucky, it has someone like Kathy who works behind the scenes to make sure everything runs smoothly. Kathy works with patients, family members, and friends to set up memorial gifts and other donations that support our research and patient assistance work. With an extensive background in office management and accounting, Kathy is more than capable of dealing with daily emergencies that arise. Kathy also works with patients and family members who are interested in attending our annual conference. With grace and good humor, Kathy works with patients, health practitioners, and colleagues to make sure that the important details—the timely thank you, the word of encouragement, the gentle tribute—are handled with care.
 Yvonne Finne Project Coordinator [email protected] Yvonne manages the many projects that are going on at any given time—from producing a new brochure to making travel arrangements for the doctors who speak at our annual patient conference. A skilled and experienced project manager with years of experience, Yvonne makes sure that schedules are met, that resources are used wisely, and that our activities are completed with care, attention to detail and with the excellence our patients have come to expect. Yvonne makes our joint projects work—from the drawing board to final delivery.
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Roundtables Explained… On Thursday afternoon from 1:30 to 3:30pm, we will be offering a new feature at the Conference – Roundtable Discussions with Physicians and Other Experts. These sessions will be similar to “breakout” sessions you may have participated in at other seminars, meetings, or conferences. The purpose of the Roundtables is to enable smaller, more in-depth, disease-specific discussion of the topics presented during the morning panel and Question & Answer sessions. In most cases, the Roundtables will be led by the same physicians who spoke on each topic earlier in the day. While the Roundtables are more single-focused and will provide opportunities for more questions and conversations, out of respect for your fellow participants and the physician/expert leaders, please keep your questions general in nature. The physicians and other experts can certainly address many concerns you may have, but only your treating physician can provide medical advice specific to your medical history. The Roundtable topics and locations are:
 Aplastic Anemia - Rainbow Room MDS - Capital Room PNH - Paramount Room Pediatric Issues - Chairman Room Bone Marrow Transplant - Five Spot Room Iron Overload - Summit Room Clinical Trials - Boardroom
 Focus Groups Explained… On Thursday and Friday afternoons from 4:00 to 5:00pm, there will be several focus groups facilitated by different individuals and companies. Each group will be centered on various topics. The focus groups and locations are:
 AA&MDSIF Focus Group - Chairman Room Marrowforums Bulletin Board Focus Group - Rainbow Room Bone Marrow Failure Disease Awareness/Fundraising - Renaissance 3 Pharmaceutical Company Focus Groups (by invitation) - 2nd Floor Rooms
 Some of our pharmaceutical platinum sponsors will hold focus groups by invitation on Thursday and Friday. Our Foundation will hold a focus group each day open to all conference participants. We hope to hear from you and learn more about what we do well, how we can improve our services, and what may be missing. Additionally, there will be a focus group each day open to all attendees on an online bulletin board, Marrowforums, which was created and is overseen by one of our board members Ruth Cuadra and her husband Neil. Finally, each day, there will be a group open to everyone centered on how you can help to raise awareness about bone marrow failure diseases. Information will be provided if you wish to help raise funds to support our work.
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Support & Coping Workshops Explained… Finding another patient in your town may be as rare as your disease. Our conference workshops serve an important purpose by offering patients, parents, family members and other caregivers the unique opportunity to connect with a group of individuals walking in their shoes. Guided by wonderful facilitators, these workshops will let you exchange information, share your feelings, discuss special issues, give and receive encouragement, and develop a network of new friends to support you long after the conference ends.
 Patients Patients, by disease, gather together in their own meeting area to share their experiences and discuss issues related to the physical, emotional, and lifestyle challenges of living with their disease, and learn about successful coping strategies. Patients in the two MDS Workshops will join together during the second half of the workshop, which will be guided by two facilitators. Aplastic Anemia Patient Workshop PNH Patient Workshop MDS Patient Workshop A (for patients diagnosed less than 3 years) MDS Patient Workshop B (for patients diagnosed more than 3 years)
 Parents Workshop Parents will meet to discuss various approaches for dealing with the needs and responsibilities of providing daily emotional and physical support to their child, including ideas for keeping a healthy outlook while balancing the needs of the child with the requirements of everyday family life.
 Children & Teens Workshop (for patients under 18, facilitated by a child psychologist) Young people who have a bone marrow disease talk about what it’s like living with their disease with others who have “been there.” This workshop gives children and teens an opportunity to make friends and encourage each other.
 Spouses/Partners Workshop Caregivers who support their spouse or partner in living with bone marrow diseases discuss common needs and concerns with people who truly understand this difficult situation, including ways to maintain positive communication and healthy relationships while caring for yourself, your partner, and your family.
 Family Workshop Other caregivers and loved ones who support an ill family member will meet to share experiences, talk about methods of coping, and consider ways that family and friends can help by maintaining positive communication and interaction.
 Bereavement Workshop Those who are grieving the loss of a loved one from a bone marrow disease will be guided by an experienced bereavement counselor to share experiences, reflect, and give and receive support.
 Room locations are noted on the agenda.
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Special thanks to 4Imprint, Robin’s employer, that has generously donated the lovely AA&MDSIF notebooks you have all received!
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Bone Marrow Failure Disease Consortium The National Institutes of Health (NIH) has awarded a $4.5 million research grant to the Bone Marrow Failure Disease Consortium (BMFDC). This group of expert physicians and researchers address challenges in diagnosing and treating bone marrow diseases. These authorities in treating bone marrow disorders are holding clinical studies at five centers of excellence across the US to find advances in treatment options for patients. The BMFDC functions under the umbrella of the NIH's Rare Diseases Clinical Research Network (RDCRN). The BMFDC is studying:
 aplastic anemia myelodysplastic syndromes paroxysmal nocturnal hemoglobinuria single-lineage cytopenias such as large granular lymphocyte leukemia and pure red cell aplasia.
 Another important goal of the BMFDC is to enhance the availability, accessibility, and quality of information offered to patients and health care professionals. To coordinate efforts in this area, AA&MDSIF serves as a clearinghouse for patient education about clinical research studies and for information about current advances in research. For this role, the AA&MDSIF draws upon its wide reach and extensive information resources as a patient advocacy group focused on bone marrow disorders. The locations of the BMFDC's clinical centers are:
 Penn State’s Milton S. Hershey Medical Center in Pennsylvania H. Lee Moffitt Cancer Center and Research Institute in Florida Cleveland Clinic in Ohio University of California at Los Angeles Medical Center in California National Institutes of Health in Maryland
 Each location has a study coordinator who can give you more information about the specific studies they are conducting and discuss your eligibility. To receive contact information for the Bone Marrow Failure Disease Consortium and to learn more about clinical research studies and the risks and benefits of participation, please contact Beth Bradley, AA&MDSIF Clinical Trials Educator at (800) 747-2820 or [email protected]. BMFDC Patient Contact Registry The BMFDC created a Patient Contact Registry where patients and their families can sign up to be contacted in the future about clinical research opportunities. Every patient who is considering participating in a clinical study may want to explore this opportunity. To learn more about the BMFDC Patient Contact Registry, visit http://rarediseasesnetwork.epi.usf.edu/bmfdc/index.htm where you can complete an online registration form, or call (866) 313-9879 where you can join by telephone. BMFDC Clinical Trials There are several BMFDC studies now recruiting patients, including a longitudinal study of bone marrow failure syndromes and cytopenias. Other protocols include a Phase I study of lenalidomide in combination with azacitadine for patients with advanced MDS, a Phase I/II study of sirolimus and cyclosporine in patients with refractory aplastic anemia, and a Phase II study of tipifarnib in patients with large granular lymphocyte (LGL) leukemia. For more information, visit http://rarediseasesnetwork.epi.usf.edu/bmfdc/index.htm, or call Robin Heggeland, RN of the Cleveland Clinic Foundation at (216) 445-7648. Personal Assistance in Understanding Clinical Trials The AA&MDSIF employs a full-time Clinical Trials Educator, Beth Bradley, who is devoted to helping you learn about the purpose of clinical trials, what to expect if you choose to participate in a study, and the risks and benefits to consider. Beth also maintains the AA&MDSIF Clinical Trials Listing, which contains descriptions of current research studies, names and locations of hospitals, and phone numbers for expert physicians who conduct these studies. Contact Beth at (800) 747-2820 or [email protected].
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SPREAD AWARENESS ABOUT BONE MARROW FAILURE DISEASES!
 Our new car ribbon magnets are only $10 each or 2 for $15
 For Sale at the Registration Table
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Special thanks to the following sponsors
 who have made this year’s Patient & Family Conference possible
 Our Platinum Sponsors…
 Alexion
 Celgene
 Pharmion Our Silver Sponsor…
 Novartis
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Alexion Pharmaceuticals is a proud sponsor of the AA&MDSIF Annual Patient & Family
 Conference
 Alexion is pleased to announce the first and only approved therapy for
 PNH
 To learn more visit:
 www.Soliris.net and
 www.PNHSource.com
 Copyright © 2007, Alexion Pharmaceuticals, Inc. All rights reserved
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Emergency Phone Numbers …
 Sunrise Hospital & Medical Center less than 10 minutes from hotel (1 mile) 3186 South Maryland Parkway Las Vegas, NV 89109 (702) 731-8000 http://www.sunrisehospital.com Outpatient Infusion Center: (702) 731-8973 American Association of Blood Banks Accreditation
 Valley Hospital Medical Center 620 Shadow Lane Las Vegas, NV 89106 (702) 388-4000 https://www.valleyhospital.net/ Emergency: (702) 388-4500 American Association of Blood Banks Accreditation Walgreens Pharmacy 2882 South Maryland Pkwy, Las Vegas, NV (702) 866-2586 Walgreens Pharmacy 3025 Las Vegas Blvd S, Las Vegas, NV (702) 836-0818
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NOTES…
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NEW FRIENDS…
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