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CLINICAL RESEARCH

 Reduced-Toxicity 

Conditioning Improves 

Nonmalignant Genetic Disease 

Outcomes 
Children with nonmalignant 

genetic diseases who received a 

novel reduced-toxicity 

conditioning regimen experienced 

long-lasting engraftment, clinical 

disease cure and low rates of 

regimen-related toxicity (RRT). In 

addition, severe or chronic graft-

versus-host disease (GVHD) and 

sinusoidal obstruction syndrome 

were not observed in any of the 22 

patients included in the prospective 

pilot trial conducted between 2006 

and 2013. This study appears in 

Biology of Blood and Marrow 

Transplantation. Patients with a 

median age of 3.5 years (range 5 

months-26 years) were 

administered a reduced-toxicity, 

intravenous regimen of 16 mg/kg 

of busulfan, 52 mg/m
2
 of

alemtuzumab, 140 mg/m
2 

of
 

fludarabine and 105 mg/kg of 

cyclophosphamide, followed by 

bone marrow from HLA matched 

donors. The median time to 

neutrophil engraftment was 19 

days, while platelet engraftment 

took about 23.5 days. In addition, 

overall survival rates were 

encouraging: 95% at 100 days and

90% at six years. The researchers 

concluded that this regimen 

appears to be promising since  

patients experienced zero to 

minimal GVHD or RRT, which are 

both barriers to blood and marrow 

transplantation, the standard 

curative therapy for patients with 

nonmalignant genetic diseases. 

More... 

Quality of Life Better for 

Sickle Cell Disease Patients 

After HCT 
Sickle cell disease patients report 

improvements in their health-

related quality of life (HRQoL) 

within one year of reduced-toxicity 

conditioning and allogeneic 

hematopoietic stem cell 

transplantation (HCT), according 

to a study published in Biology of 

Blood and Marrow 

Transplantation. Using the 

PedsQoL 4.0 measurement tool, 

researchers collected data from 17 

patients under the age of 21 and 23 

primary caregivers to assess the 

physical, psychological and social 

functioning of patients. Prior to 

transplantation, patients reported a 

mean overall HRQoL of 66.05, 

while caregiver reports measured 

approximately 72.2. After 

transplantation, patient-reported 

improvements in HRQoL were 

estimated at 4.45 180 days after 

transplantation and 16.58 one year 

post-transplantation. Caregivers  

Continues on page 6 
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services that mirror the structure of full-fledged 

departments of internal medicine and pediatrics 

(cardiology, pulmonary medicine, 

endocrinology, neurology and infectious 

diseases, to name a few) and surgery 

(orthopedics is a good example). Critical to 

medical subspecialists in BMT medicine is the 

vital support contributed by social workers and 

psychiatry professionals. 

The implications of the Hashmi review are far 

reaching. First, the workforce needed to sustain 

these clinical activities must include the 

promotion and further development of training 

programs for post-graduate fellows and junior 

faculty. Multi-disciplinary teams are as much a 

part of taking care of long-term BMT survivors 

as they are of supporting patients through 

conditioning and the early post-transplant period. 

Second, the development of educational tools for 

providers in the community to facilitate early 

referral to LTFU clinics remains an important 

area of development. Third, continued research 

on the positive impact LTFU preventive 

measures have on extending healthy lives is a 

must: lowering risks of secondary malignancies 

through screening programs and increasing the 

chances that our pediatric patients will live to be 

healthy adults are only two such examples. Fast 

forward to 2030 when, based on current 

projections, we will celebrate more than 500,000 

transplant survivors,
1
 and it becomes very

apparent that the need for practice guidelines, 

education and mentoring, and research for 

the unique requirements of 

LTFU patients starts now. 

The transplant community is 

positioned well to positively 

impact the clinical practice of 

this very special group of 

patients. 

-Effie P. 

(References on page 6.) 
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A WORD FROM PRESIDENT EFFIE PETERSDORF,  M.D. 

Dear Colleagues: 

The number of blood and marrow transplant 

(BMT) survivors has increased dramatically 

over the past few decades, the result of a better 

understanding of disease pathogenesis, leading 

to optimal timing of the transplant, improved 

conditioning regimens and outstanding 

supportive care.
1
 Our long-term survivors

present unique clinical needs that range from 

the medical care of chronic graft-versus-host 

disease (GVHD) to psychological support and, 

for children, careful management of endocrine 

changes as they mature from childhood to 

adulthood. As part of the ASBMT Preferred 

Future, the Committee on Practice Guidelines, 

chaired by Paul Carpenter, M.D., and Bipin 

Savani, M.D., has identified the development 

of practice guidelines for the establishment of 

long-term follow-up (LTFU) programs as a top 

priority in the global mission to provide 

comprehensive and appropriate long-term care 

for transplant survivors. Aside from a few 

large centers, organized LTFU clinics are not 

available. 

In the March issue of Biology of Blood and 

Marrow Transplantation, Shahrukh Hashmi, 

M.D., and colleagues presented a 

comprehensive description and evaluation of 

the clinical support needed to assure that 

transplant survivors lead healthy lives long 

after their transplant.
2 

Using two case studies

to illustrate the complex medical and 

psychological needs of our patients, they 

provided options for different models of 

outpatient clinic support. Not only are there 

several ways to organize LTFU clinics, but 

each approach introduces new questions and 

elucidates further needs of the systems that 

will be able to sustain the needs of transplant 

survivors. 

It is clear that the success of transplantation 

brings a need for an increasingly sustainable 

workforce of clinically trained transplant-

specific care providers, as well as consultative  

Keeping Our Long-Term Transplant Survivors Healthy 



 

 

 

 

 

 

 

 

Special Interest Groups – How to Join 
Are you a pharmacist, transplant nurse, center 

administrator or specialist in pediatrics, 

infectious disease or cord blood? If so, we have a 

Special Interest Group (SIG) just for you! Email 

membership@asbmt.org to indicate which SIG 

you’re interested in, and join your colleagues in 

supporting your niche. 

2015 Version of RFI Forms Released 
The 2015 update of the ASBMT Request for 

Information (RFI) has been released, and the 

interactive forms are now available online. The 

RFI is used for submitting transplant program 

data and information to third-party payers. 

More...  

ASBMT/ASGCT Session on Regenerative 

Medicine Education 
ASBMT will co-sponsor a session titled, 

“Emerging Field Review: Regenerative 

Medicine,” during the 2015 American Society 

of Gene and Cell Therapy (ASGCT) Annual 

Meeting May 13-16 in New Orleans, Louisiana. 

This educational session will explore current 

innovations within the interdisciplinary field of 

regenerative medicine, which aims to repair 

diseased or damaged tissues using biological or 

cell-based technologies. This is a rapidly 

growing area of biomedical research that 

encompasses stem cell biology, tissue 

engineering, drug delivery and nanotechnology.  

Jacques Galipeau, M.D., will discuss the 

biology and functional properties of 

mesenchymal stromal cells (MSC) and their role 

as an anti-inflammatory agent for inflammatory 

bowel disease. Anna Rita Migliaccio, 

Ph.D., will highlight the potential to use 

pluripotent stem cells as a source of red blood 

cells. Ian K. McNiece, Ph.D., will discuss the 

wound healing properties of MSC in the context 
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of ischemic heart disease and finally, Markus 

Grompe, M.D., will evaluate the use of cell 

therapy for liver regeneration.  

The session will provide an introduction to 

the interdisciplinary fields of biomaterials and 

tissue engineering. Upon completion of this 

session, participants should have an 

understanding of the cellular and molecular 

aspects of regenerative medicine and the 

potential of cell therapy to change medical 

practice. More... 

New ASBMT-ISCT Training Course for 

Cell Therapy 
The newly created ASBMT-International Society 

for Cellular Therapy (ISCT) Cell Therapy 

Training Course will be held Sept. 30-Oct. 4 in 

Houston, Texas. Applications opened on  

March 1, and the deadline is April 30. 

The ISCT and ASBMT boards of directors 

created the course because of concerns that there 

is an unfulfilled need for cell therapy training 

covering the process of translational research to 

cell manufacturing and clinical trials in cellular 

therapy including regulatory components. The 

course has four elements: 1) a proposal for a cell 

product by the scholar presented at the beginning 

of the course that will be refined in small group 

discussion with faculty before presentation of a 

final version at the end of the course; 2) visits to 

Good Manufacturing Process facilities producing 

cell products; 3) didactic lectures; and 4) round 

tables and informal discussions with faculty. 

Tuition, travel, housing, and meal expenses 

will be paid by ISCT, ASBMT and corporate 

sponsors for up to 12 scholars to attend the 

course. Participants will be competitively 

selected. Preference will be given to fellows and 

faculty with no more than two years of blood and 

marrow transplantation and cellular therapy 

experience following training or a faculty 

appointment. More... 

Continues on page 4 

mailto:membership@asbmt.org
http://www.asbmt.org/?RFIForms
http://www.asbmt.org/?page=Symposia
http://www.asbmt.org/?page=CTTC


to serve as potent cell-based therapies for cancer 

and pathogenic microorganisms. This is a 

rapidly developing area in biomedical research 

that will continue to have a major clinical 

impact. 

Now Available – Sixth Edition 

Hematopoietic Cell Therapy Standards  
The sixth edition of International Standards for 

Hematopoietic Cellular Therapy Product 

Collection, Processing, and Administration 

from the Foundation for the Accreditation of 

Cellular Therapy (FACT) and the Joint 

Accreditation Committee (JACIE) has been 

published and will become effective on June 1. 

All FACT-accredited cellular therapy 

organizations must comply with these standards 

at that time. These hematopoietic cell therapy 

standards apply to hematopoietic progenitor  
cells, defined as self-renewing and/or multi-

potent stem cells capable of maturation into any 
of the hematopoietic lineages, lineage-restricted 

pluripotent progenitor cells and committed 

progenitor cells from hematopoietic sources 

(bone marrow, umbilical cord blood, peripheral 

blood or other tissue sources). These standards 

also include mononuclear cells, defined as 

nucleated cells from any hematopoietic tissue 

source (marrow, peripheral blood, umbilical 

cord and placental blood) collected for 

therapeutic use other than as hematopoietic 

progenitor cells. The standards and 

accompanying accreditation manual, crosswalks 

and summary of changes are all available on the 

FACT website for reference. Printed copies of 

the standards and accreditation manual may be 

purchased from the FACT store. 

 Standards

 Accreditation Manual

 Summary of Changes and Crosswalks

 Purchase Printed Copies

Continues on page 5 
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Second Regional Conference for NPs, PAs 

and Fellows 
Due to the resounding success of last year’s 

regional conference in Boston, the ASBMT 

Nurse Practitioners/Physician Assistants Special 

Interest Group, along with the National Marrow 

Donor Program, is excited to announce that the 

2015 conference will be held Oct. 23-25 at the 

Sandpearl Resort in Clearwater Beach, Florida. 

The conference will feature a “Best of Tandem” 

session led by ASBMT leadership and will offer 

continuing medical education credits. Please 

visit www.asbmt.org for more details. 

ASBMT To Sponsor Symposium at 2015 

FOCIS Meeting 
ASBMT will sponsor a symposium at the 2015 

Federation of Clinical Immunology Societies 

(FOCIS) Annual Meeting, which will be held 

June 24-27 in San Diego, California.  

This educational symposium will explore the 

latest advances in adoptive cellular 

immunotherapies for cancer treatment and 

protection against infection by pathogens. 

Engineering of T lymphocytes for adoptive 

therapy has become an exciting area of research 

due to recent successes in the clinic.  

While major advances have been made, there 

are still many challenges and opportunities as 

the field moves forward. Stanley Riddell, 

M.D., will open the symposium with a talk 

highlighting some of the challenges and 

opportunities in the field. Renier Brentjens, 

M.D., and James Kochendefer, M.D., will then 

give talks focused on the use of chimeric 

antigen-modified T cells in treating patients 

with leukemias and other hematologic 

malignancies. Finally, Catherine Bollard, 

M.D., will address the use of virus-specific T 

cells to prevent infections in 

immunocompromised patients.  

Upon completion of this session, participants 

should have an understanding of how T 

lymphocytes can be engineered outside the body 

ASSOCIATION NEWS (CONTINUED FROM PAGE 3)
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BMT TANDEM MEETINGS

CME Credits 
The deadline for claiming continuing medical 

education (CME) credit for sessions attended at 

the 2015 BMT Tandem Meetings has passed. To 

request a CME transcript, please email 

bmttandem@mcw.edu. All continuing education 

transcripts requested after April 8 will incur a 

$60 processing charge. More... 

Audio and Slide Recordings 
Plan now to access your copies of the audio and 

slide recordings from the 2015 BMT Tandem 

Meetings through an online web program. Visit 

the BMT Tandem Meetings home page for more 

information. 

ASSOCIATION NEWS (CONTINUED FROM PAGE 4)

Cellular Therapy Inspection Workshops 

The following upcoming workshops will 

extensively discuss changes to the 6
th

 edition:

 Cellular Therapy Collection Workshop at

the American Society for Apheresis Annual

Meeting

 Cellular Therapy Inspection & Accreditation

Workshop at the International Society for

Cellular Therapy Annual Meeting

Implementing the Sixth Edition Webinars 

The following webinars will provide practical 

examples for complying with new requirements: 

 Implementing 6th Edition Clinical and

Collection Requirements: Feb. 25

(Recording)

 I mplementing 6th Edition Processing 
Requirements: April 15

 Lessons Learned to Effectively Transition to

the 6th Edition: June 17

FACT Publishes First Edition of Common 

Standards for Cellular Therapies 
The first edition of Common Standards for 

Cellular Therapies from the Foundation for the 

Accreditation of Cellular Therapy (FACT) is 

FACT’s initial step toward offering its voluntary 

standards and accreditation program to non-

hematopoietic cellular therapies. The major 

objective of the common standards is to promote 

quality medical and laboratory practices in a 

broad range of cellular therapies. They represent 

the basic fundamentals of cellular therapy that 

can be applied to any cell source or therapeutic 

application and are intended to be used 

throughout product development and clinical 

trials. These standards are derived from current 

editions of FACT-Joint Accreditation Committee 

standards for hematopoietic cellular therapy and 

NetCord-FACT standards for cord blood 

banking.  

Applications for accreditation under the 

common standards will be accepted later this 

year. Stay tuned to FACT email announcements 

for details on the application process. In the 

meantime, we encourage use of these standards 

to improve cellular therapy programs utilizing 

non-hematopoietic cells or treating non- 

hematological diseases. The standards are 

available for free download, and printed copies 

may also be purchased from the FACT store. 

Continues on page 6
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also reported patient improvements following transplantation, estimated at 1.57 at 180 days and 9.28 

at one year. Researchers indicated that these study results should be taken into account when 

considering allogeneic HCT for patients with sickle cell disease since HCT not only alleviates 

clinical manifestations of SCD but also appears to improve HRQoL. More... 

Low Absolute Lymphocyte Count 30 Days Post-HCT Predicts Worse Outcomes 
Patients with a low absolute lymphocyte count at day 30 (ALC30) after allogeneic hematopoietic cell 

transplantation (HCT) are more likely to have worse overall survival, nonrelated mortality and severe 

acute graft-versus-host disease (GVHD) outcomes, reports a study appearing in Bone Marrow 

Transplantation. The study included 381 consecutive patients 18-69 years of age who received 

allogeneic HCT with T-replete peripheral blood stem cell grafts and Tacrolimus/Mycophenolate 

combination as GVHD prophylaxis. The researchers discovered that all of the patients with ALC30 

of 400 x 10
6
/L or lower had more severe acute GVHD, lower overall survival and increased

nonrelapse mortality, regardless of whether the donor was a sibling or unrelated. HLA mismatch, 

older donor age, lower recipient age and lower CD34
+
 cell dose prior to HCT were associated with

low ALC30. Researchers also discovered no link between low ALC30 and relapse. More... 

CLINICAL RESEARCH (CONTINUED FROM PAGE 1)
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TRANSLATIONAL SCIENCE STUDIES 

Allogeneic Transplant Days After Birth 

Prevents Hurler Syndrome Symptoms 
Allogeneic bone marrow transplantation (BMT) 

performed shortly after birth on newborn mice 

with mucopolysaccharidosis type 1 (MPS 1) 

prevented signs and symptoms of MPS 1-Hurler 

syndrome bone defects, according to a study 

published in Blood. Within a day or two after 

birth, mice were given an injection of busulfan, 

followed by a transplantation of normal bone 

marrow 24 hours later. Researchers discovered 

that BMT restored α-L-iduronidase activity and 

cleared elevated glycosaminoglycans in blood 

and multiple organs. In addition, at 37 weeks of 

age, transplanted mice had almost normal bone 

tissue parameters, supporting the idea that 

restoring the missing or defective protein with 

BMT from a healthy donor can prevent skeletal 

abnormalities typical of this genetic condition. 

Researchers also indicated that the magnitude of 

improvements was associated with the degree of 

hematopoietic engraftment and that these 

findings provide a model for studying neonatal 

cell therapy in MPS 1 and other MPS mouse 

models. More... 

GATA1s Has Key Role in Causing 

Diseases 
A study published in The Journal of Clinical 

Investigation demonstrates the role that 

GATA1s, an amino-truncated protein resulting 

from GATA1 mutations, plays in causing 

certain human diseases. For this study, 

researchers obtained induced pluripotent stem 

cells (iPSCs) from patients with GATA1s and 

Gata1 gene-disrupted embryonic stem cells 

(ESCs) from mice. They discovered that 

erythroid potential in iPSCs with GATA1s was 

impaired but that megakaryopoiesis and 

myelopoiesis were enhanced, recapitulating 

major phenotypes of diseases associated with 

GATA1s-producing mutations.  In addition, 

GATA1s promoted megakaryopoiesis, but not 

erythropoiesis, in the GATA1-deficient 

megakaryocyte-erythroid progenitors from the 

ESCs. Transcriptome analysis showed that 

GATA1s was selectively deficient at activating 

erythroid-specific genes within hematopoietic 

progenitors. The GATA1s DNA binding domain 

was intact but binding at specific erythroid 

regulatory regions was impaired, implicating the 

GATA1 N-terminus as a selective chromatin 

occupancy factor. More... 

Ligands Promote Pluripotent Stem Cell 

Hematopoiesis 
Endothelial Notch ligands produced by vascular 

niche promote hematopoiesis in multipotent 

progenitor cells (MPP) derived from pluripotent 

stem cells (PSCs) and production of long-term 

engrafting CD34
+
 cells, according to a study

appearing in The Journal of Clinical 

Investigation. Researchers tested differentiation 

and engraftment in hes2 human embryonic stem 

cells and nonhuman primate induced PSCs 

(iPSCs) with and without endothelial cells (ECs) 

that express Notch ligands jagged-1(JAG1) and 

delta-like lignad-4 (DLL4). The hESC and iPSC 

cells cocultured with ECs produced more 

CD34
+
CD45

+
 hematopoietic progenitors than

the cells cocultured without ECs or with ECs 

missing JAG1 or DLL4. Notch was activated by 

the EC-induced cells, which expressed RUNX1 

and GATA2, Notch targets specific to 

hematopoietic stem cells (HSCs). In addition, 

EC-induced PSC-MPP engrafted better than 

cytokine-induced cells, and low-dose 

chemotherapy further enhanced engraftment. 

With vascular niche induction, levels of long-

term engraftment and myeloid-to-lymphoid ratio 

were comparable to those found in cord blood-

derived MPP and as much as 20 times higher 

than those achieved with hPSC-derived MPP 

engraftment. Researchers concluded that ligands 

are critical for HSC development. More... 

http://www.bloodjournal.org/content/125/10/1662
http://www.jci.org/articles/view/75714
http://www.jci.org/articles/view/79328
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•JUNE

International Society for Stem Cell 
Research 
Annual Meeting 
June 24-27 
Stockholm, Sweden 

Worldwide Innovative Networking 
2015 WIN Symposium 
June 29-30 
Paris, France 

•JULY

Society for Cryobiology 
CRYO 2015 – 52nd Annual Meeting 
July 26-29 
Ostrava, Czech Republic 

•SEPTEMBER

American Association of Tissue Banks 
Annual Meeting 
September 15-19 
Scottsdale, Arizona 

International Society for Experimental 
Hematology 
44th Annual Meeting 
September 17-19 
Kyoto, Japan 

European Society for Medical 
Oncology 
European Cancer Congress 
September 25-29 
Vienna, Austria 

•2016
BMT Tandem Meetings 
Combined ASBMT and CIBMTR Annual 
Meetings 
February 18-22 
Honolulu, Hawaii 

•2017
BMT Tandem Meetings 
Combined ASBMT and CIBMTR Annual 
Meetings 
February 22-26 
Orlando, Florida 

 

•APRIL

American Association for Cancer 
Research 
Annual Meeting 
April 18-22 
Philadelphia, Pennsylvania 

Oncology Nursing Society 
40th Annual Congress 
April 23-26 
Orlando, Florida 

Meredith A. Cowden Foundation/The 
Case Comprehensive Cancer Center/ 
The Seidman Cancer Center of 
University Hospitals of 
Cleveland/Cleveland Clinic’s Taussig 
Cancer Institute 
2015 National GVHD Health Symposium 
April 24 
Independence, Ohio 

The Myelodysplastic Syndromes 
Foundation 
13th Annual International Symposium on 
Myelodysplastic Syndromes 
April 29-May 2 
Washington, D.C. 

•MAY

American Society of Transplant 
Surgeons 
American Transplant Congress 
May 2-6 
Philadelphia, Pennsylvania 

International Society for Biological 
and Environmental Repositories 
Annual Meeting 
May 5-9 
Phoenix, Arizona 

American Society of Pediatric 
Hematology/Oncology 
28th Annual Meeting 
May 6-9 
Phoenix, Arizona 

•MAY

American Association of Immunologists 
Annual Meeting 
May 8-12 
New Orleans, Louisiana 

American Society of Gene and Cell 
Therapy 
18th Annual Meeting 
May 13-16 
New Orleans, Louisiana 

Regenerative Medicine Workshop 
May 13-16 
Hilton Head Island, South Carolina 

European School of Haematology 
19th Training Course on HCT 
May 21-23 
Malaga, Spain 

International Society for Cellular 
Therapy 
Annual Meeting 
May 27-30 
Las Vegas, Nevada 

American Society of Clinical Oncology 
Annual Meeting 
May 29-June 2 
Chicago, Illinois 

•JUNE

European Hematology Association 
20th Congress 
June 11-14 
Vienna, Austria 

Federation of Clinical Immunology 
Societies 
Annual Meeting 
June 24-27 
San Diego California 

CALENDAR OF EVENTS 
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