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Large Study Confirms Clinical 

Usefulness of HCT-CI Tool 
Several recent retrospective studies 

of the Hematopoietic Cell 

Transplantation-Specific 

Comorbidity Index (HCT-CI) have 

shown it to be a useful tool for 

predicting an increased risk of 

nonrelapse mortality (NRM), but the 

clinical usefulness of HCT-CI has 

yet to be proven with a large 

prospective sample. In this study 

published in Blood, researchers 

evaluated data on nearly 2,000 

patients who received hematopoietic 

stem cell transplantation (HSCT) 

over a two-year period and 

discovered a strong correlation 

between HCT-CI and both two-year 

NRM and overall survival on 

patients with an HCT-CI score of 0 

and 1-2. However, the predicted 

NRM was overestimated compared 

to the observed NRM in patients 

who had a score of 3 or higher (41% 

vs. 27.3%). According to the study, 

HCT-CI was the greatest predictor 

of NRM in patients with lymphoma, 

myelodysplastic syndrome and acute 

myeloid leukemia in first remission 

and could be useful in the clinical 

setting for identifying patients who 

are at low risk for NRM and who 

may benefit from HSCT. More... 
 

Effective Treatment for Older 

Mantle-Cell Lymphoma 

Patients Discovered 
Patients ages 60 or older with stage 

II to IV mantle cell lymphoma who 

were ineligible to receive high-dose 

therapy were randomly assigned to 

either six cycles of rituximab, 

fludarabine and cyclophosphamide 

(R-FC) every 28 days or eight 

cycles of rituximab, 

cyclophosphamide, doxorubicin, 

vincristine and prednisone (R-

CHOP) every 21 days. Complete 

remission rates were similar in both 

groups but patients receiving R-FC 

were more likely to experience 

progressive disease than the R-

CHOP patients (14% vs. 5%), 

according to the study appearing in 

the New England Journal of 

Medicine. In addition, the four-year 

survival rate was only 47% in the R-

FC-treated patients compared to 

62% of patients treated with R-

CHOP, and 10% of the R-FC group 

died during the first remission as 

opposed to 4% of the R-CHOP 

group. The patients who responded 

to treatment were subsequently 

randomly assigned to receive 

maintenance therapy with either 

rituximab or interferon alfa until 

progression. Rituximab reduced the 

risk of progression or death by 45%. 

 

Continues on page 3 
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Research Informed Consent and 

Transplantation 

 
Research to develop improved transplant 

treatments is critical to the future of our field. 

Because the number of transplants performed 

each year is modest compared to most other 

types of cancer treatments, enhancing the 

numbers of patients enrolled in studies is 

important for continued progress in stem cell 

transplantation and cellular therapy. This is true 

both for protocols defining primary treatment 

and supportive care studies which test anti-

infective and graft-versus-host disease strategies, 

improving immunologic recovery and so forth. 

In our field, consent is often made easier because 

the majority of treatment trials have both 

curative intent and a relatively clear scientific 

rationale. A reasonable estimate of therapeutic 

benefit is often available and can be given to the 

patient.   

 It is more difficult to deal with the toxic risks 

of newer therapy. Stem cell transplantation is a 

multicomponent treatment program which is 

routinely a great deal more complex than 

standard chemotherapy. National IRB Policies 

now mandate four to five pages of 

investigational study content, but transplant 

consents at many institutions are often longer 

than 20 pages of complex information. Many 

IRBs mandate a complete list of all adverse 

effects of every drug specified in the protocol, 

including standard-of-care drugs such as 

corticosteroids and other immunosuppressive 

agents. Institutional lawyers often insist on 

considerable content designed not only to inform 

the patient but to indemnify staff against non-

treatment risks such as violation of privacy or 

financial loss. Detailed specifications of each 

step in the treatment program are often 

duplicative of treatment plans provided to the 

patient in other settings. Changes in clinical 

course often mandate schedule changes and  

render these specifications obsolete. Research  

staff is often so focused on covering consent 

content that the critical issues of common, major 

anticipated toxicities and magnitude of fatal 

risks are often obscured. Anyone who reviews 

the content of these consents with patients days 

or weeks after they are discussed and signed 

knows that only a small fraction of the 

information is retained. While we all favor 

providing patients with reference information 

that comprehensively lists information required 

to understand the study they are agreeing to 

participate in, this goal should not be conflated 

with the more important aim of being sure that 

study participants understand and retain the 

important risk and benefit considerations of 

study participation. That, and not an 

encyclopedic recitation of every study detail, 

should form the basis of the research consent 

process. 

Federal regulatory excess and legal concerns 

have served to diminish the value of the research 

consent process. We should all work with our 

local IRBs and the FDA to improve this process, 

presently disliked by physicians and patients 

alike. One solution would be to provide study 

subjects with a “protocol information brochure” 

ahead of the consent encounter, but limit the 

actual consent to a four- to five-page document 

emphasizing high-level risks and benefits along 

with a concise description of  

the study aims. Other 

 suggestions would be  

welcome, but our present 

process is broken and in  

need of repair.   

 

                      -Elizabeth 

A WORD FROM PRESIDENT ELIZABETH SHPALL, MD  
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recombination to correct a defective gene, 
according to the study published in Proceedings of 
the National Academy of Sciences. More... 
 
New Method Increases Efficiency of 
Stem Cells 
A significant number of induced pluripotent 
stem cells (iPSCs) were produced from fibroblast 
cells using a new method, according to a study 
appearing in Cell Stem Cell. Using microRNAs, 
the procedure produced 10,000 iPSCs for every 
100,000 adult human cell used compared to less 
than 20 iPSCs typically created from the four key 
transcription factor genes. Researchers believe 
that microRNAs may help to maintain the stem 
cell pluripotency. More... 

 
New Method Increases Efficiency of 
Stem Cells 
A significant number of induced pluripotent 
stem cells (iPSCs) were produced from fibroblast 
cells using a new method, according to a study 
appearing in Cell Stem Cell. Using microRNAs, 
the procedure produced 10,000 iPSCs for every 
100,000 adult human cell used compared to less 
than 20 iPSCs typically created from the four key 
transcription factor genes. Researchers believe 
that microRNAs may help to maintain the stem 
cell pluripotency. More... 
 
Benefit of Stem Cells Injected During 
Cardiac Bypass Being Studied 
A new study being performed at Methodist 
DeBakery Heart & Vascular Center in Houston 
is examining whether adding stem cells to the 
heart during bypass surgery can create new blood 
vessels and improve heart function. During 
bypass surgery, surgeons will harvest stem cells 
from the patient’s bone marrow and inject them 
into the patient’s heart after the bypass portion 
of the surgery has been done. More... 
 

 
 

 

 

 

 

 

 

 

 

 

 

 

     3 

 

 

 
 
 

 

 
 

ASSOCIATION NEWS 

 
BMT Transplant Research Fund 
Recently, you received a mailing about The 

ASBMT Transplant Research Fund and the 

passing of our dear friend and colleague, Thea 

M. Friedman, Ph.D. Our transplant community, 

and especially the Amy Program family, has 

suffered a tragic loss, and we are deeply saddened 

by this news. We ask that you join us in honoring 

Thea’s life and legacy. As you know, ASBMT is 

partnering with Be The Match Foundation and 

the National Marrow Donor Program to increase 

the number of investigators who are able to 

pursue their promising research through the Amy 

Strelzer Manasevit Research Program for the 

Study of Post-Transplant Complications. With 

your help and the help of our membership, the 

first Amy Scholar awarded through our recently 

established ASBMT Transplant Research Fund 

will be named in Thea’s honor. Together, we can 

offer this tribute to her memory. More... 
 

Oct. 1 Deadline for New Investigator 

Awards 
New investigator awards of $60,000 each, to be 

presented at the 2013 BMT Tandem Meetings, 

are being supported by Amgen, Celgene, 

Genentech, Otsuka and ASBMT. The deadline 

for applications is Oct. 1. More... 

 

New! Read BBMT on Your Smartphone 
Click here to download Elsevier’s 

HealthAdvance mobile app for your iPhone or 

Android then log in with your bbmt.org 

password to gain access to full articles. If you 

have not yet registered with a 

username/password on bbmt.org, click here to 

register and activate your subscription. Enter 

your ASBMT member or subscriber number 

when activating for the first time. This password 

will give you full access to the BBMT website 

and mobile apps on repeat visits.  

 

Continues on page 5 

 

CLINICAL RESEARCH (CONTINUED FROM PAGE 1) 

 In addition, 87% of the patients who responded 

to R-CHOP and received rituximab had a four-

year survival rate compared to 63% in the R-

CHOP group who received interferon alfa, 

leading researchers to conclude that R-CHOP 

induction followed by rituximab maintenance 

therapy is effective for older patients with 

mantle-cell lymphoma. More... 
  

Gemtuzumab Ozogamicin Does Not 

Prevent AML Relapse in Children 
In the NOPHO-AML 2004 study for children 

with acute myeloid leukemia, 120 patients were 

randomly assigned to receive either no treatment 

or postconsolidation therapy of 5 mg/m
2
 of 

gemtuzumab ozogamicin (GO), which was 

repeated three weeks later. A modest elevation 

of transaminase and bilirubin without any 

indication of veno-occlusive disease, a 

moderate decrease in platelet count, and a 

minor decline in hemoglobin occurred in the 

GO-treated patients. Relapse was similar in 

both groups. The five-year event-free survival 

was 55% for GO-treated patients compared to 

51% for those who did not receive treatment, 

while the five-year overall survival was 74% 

for GO patients vs. 80% for non-treated 

patients. The results published in Blood led 

researchers to conclude that GO is well 

tolerated but that it does not improve the rates 

of relapse or survival. More... 
 
 

    

http://www.pnas.org/content/108/16/6537.full?sid=072eecc4-4e6f-4e0c-8d38-4968393364a5
http://www.sciencedirect.com/science?_ob=ArticleURL&_udi=B8G3V-52JV6X5-F&_user=10&_coverDate=04%2F08%2F2011&_rdoc=1&_fmt=high&_orig=gateway&_origin=gateway&_sort=d&_docanchor=&view=c&_acct=C000050221&_version=1&_urlVersion=0&_userid=10&md5=932191331e83f35f55d8fc543b2b6c32&searchtype=a
http://www.sciencedirect.com/science?_ob=ArticleURL&_udi=B8G3V-52JV6X5-F&_user=10&_coverDate=04%2F08%2F2011&_rdoc=1&_fmt=high&_orig=gateway&_origin=gateway&_sort=d&_docanchor=&view=c&_acct=C000050221&_version=1&_urlVersion=0&_userid=10&md5=932191331e83f35f55d8fc543b2b6c32&searchtype=a
http://www.methodisthealth.com/body.cfm?id=495&action=detail&ref=771
http://www.mmsend1.com/link.cfm?r=190242270&sid=18345673&m=1891279&u=EA_ASBMT&j=9721738&s=http://www.BeTheMatchFoundation.org/ASBMT
http://www.asbmt.org/displaycommon.cfm?an=1&subarticlenbr=8
http://www.healthadvance.com/mobileapps
http://www.bbmt.org/
http://www.bbmt.org/
http://www.bbmt.org/claim
http://www.nejm.org/doi/full/10.1056/NEJMoa1200920
http://bloodjournal.hematologylibrary.org/content/120/5/978.abstract
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BASIC SCIENCE STUDIES 

 

 

 

    

Subclones Vie for Predominance in 

Multiple Myeloma 
Using serial genomic analysis, scientists 

evaluated samples taken from 28 multiple 

myeloma patients and discovered that standard-

risk patients experienced few changes over time 

in their genomes, while cytogenetically high-

risk patients had more changes. In addition, the 

results showed the existence of three temporal 

tumor types which were either genetically 

stable, linearly evolving, or heterogeneous 

clonal mixtures with shifting predominant 

clones. Two competing subclones that alternate 

in a back and forth manner for dominance with 

therapy until one clone underwent a linear 

evolution was discovered in samples taken from 

one high-risk patient at seven different points 

during the course of the disease. Investigators 

of the study in Blood used a genetically 

engineered myeloma mouse model to replicate 

the competition between subclones for 

predominance occurring spontaneously and 

with therapeutic selection. More... 
 

HLA-Matched Unrelated HSCT Success 

Depends on MHC Variation 
Researchers conducted a study of 4,205 

transplants for 1,120 major histocompatibility 

complex (MHC) region single-nucleotide  

polymorphisms (SNPs) to determine if 

undetected patient-donor differences for non- 

human leukocyte antigen (HLA) genetic 

variation within the MHC could affect risk after 

HLA-matched transplantation. Two SNPs were 

 

identified as markers for disease-free survival 

and acute graft-versus-host disease. In patients 

with two or more HLA-identical potential 

donors, SNP genotyping showed that most 

patients have a choice of SNP-matched donors. 

This study from Science Translational 

Magazine indicates that successful HLA-

matched unrelated hematopoietic cell 

transplantation also depends on non-HLA MHC 

region genetic variation and that prospective 

SNP screening and matching could help to 

reduce risks to patients. More... 
 

Study Replicates Human AML in Mice 
Mice that expressed either Mll-partial tandem 

duplication (PTD) or Flt3-internal tandem 

duplication (ITD) do not develop acute myeloid 

leukemia (AML). In addition, 25% of human 

patients with MLL-PTD AML also had FLT3-

ITD present suggesting that both mutations are 

necessary for the development of AML. 

Accordingly, researchers of the Blood-

published study generated a mouse model 

expressing both Mll-PTD and Flt3-ITD. Mll 
PTD/WT

:Flt3 
PTD/WT

 mice developed acute 

leukemia with 100% penetrance. Similar to 

human MLL-PTD and/or the FLT3-ITD AML, 

mouse blasts showed normal cytogenetics, 

decreased Mll-WT-to-Mll-PTD ratio, loss of the 

Flt3-WT allele, and increased total Flt3. For the 

first time ever, researchers were able to prove 

that Mll-PTD plays a role in leukemogenesis as 

a gain-of-function mutation and to create a 

model that resembles human AML. More... 
 

http://bloodjournal.hematologylibrary.org/content/120/5/1067.abstract
http://stm.sciencemag.org/content/4/144/144ra101.abstract
http://bloodjournal.hematologylibrary.org/content/120/5/1130.abstract
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BMT TANDEM MEETING 

 
Registration Open for 2013 BMT 

Tandem Meetings in Salt Lake City, 

Utah 
Online registration and housing is now open for 

the 2013 BMT Tandem Meetings Feb. 13-17 in 

Salt Lake City, Utah. Links to meeting 

registration, housing reservations, a preliminary 

program, abstract submission and parallel 

conferences can all be found in one convenient 

location. More... 

 
 

Abstract Submission Deadline is Oct. 11 

for BMT Tandem Meetings 
Abstracts for the BMT Tandem Meetings in 

Salt Lake City, Utah, will be accepted through 

Oct. 11. Invitations for oral presentation will be 

offered to more than 100 authors whose 

abstracts received the highest scores from the 

review committees. Many others will be 

accepted for poster presentation. 

More... 

ASSOCIATION NEWS (CONTINUED FROM PAGE 3) 

Free ASBMT Membership for Trainees 
Postdoctoral fellows and physicians-in-training 

for blood and marrow transplantation are 

eligible for free membership in the American 

Society for Blood and Marrow Transplantation. 

From August through October, annual dues are 

being waived for new trainees who apply for 

membership in the Society. The program is 

made possible through a grant from Otsuka 

America Pharmaceuticals, Inc. 

More... 

 

2nd International Workshop 
The National Cancer Institute is hosting the 2nd 

International Workshop on The Biology, 

Prevention, and Treatment of Relapse After 

Hematopoietic Stem Cell Transplantation Nov. 

5-6 in Bethesda, Md. The primary aim of the 

workshop is to facilitate the development of 

multicenter clinical trials related to relapse after 

both allogeneic and autologous hematopoietic 

stem cell transplantation. Workshop details may 

be found  here. 

 

Transplant Resources for Patients and 

Families 
Patients and families often have many questions 

when considering transplant as a treatment 

option. They are concerned about the risks and 

costs associated with their care and need  

unbiased information to help them make  
 

informed decisions. For more information, visit 

www.nbmtlink.org. 

 

New FACT Accreditation Goal an 

Avenue Towards External Validation 

and Public Recognition of Cellular 

Therapy Research 
FACT is pleased to announce two new 

accreditation goals for processing of 

hematopoietic-derived cells intended for 

administration to patients. Facilities will be able 

to seek accreditation for cellular therapy 

product processing with minimal manipulation, 

more than minimal manipulation, or both. Not 

only will this goal provide facilities supporting 

research studies a mechanism to increase their 

quality, but will also give facilities proper 

recognition when they are accredited for 

research or licensed products. 

Facilities seeking accreditation for more than 

minimal manipulation will be inspected for 

compliance to the FACT-JACIE Part D 

Processing Facility Standards. It is understood 

that some of these requirements are specific to 

hematopoietic progenitor cells (HPC) and that 

there are inherent differences between research 

products and standard-of-care HPCs (e.g., the 

type of data and analysis for reviewing 

outcomes, especially for blinded studies). 

 

Continues on page 6 

http://www.asbmt.org/cibmtr-Tandem
http://www.asbmt.org/cibmtr-Tandem
http://asbmt.affiniscape.com/displaycommon.cfm?an=1&subarticlenbr=39
http://www.mmsend1.com/link.cfm?r=97431179&sid=19624553&m=2115797&u=EA_ASBMT&j=10696318&s=http://ncifrederick.cancer.gov/events/relapse2012/default.asp
http://www.nbmtlink.org/
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ASSOCIATION NEWS (CONTINUED FROM PAGE 5) 

 
 A nominated pool of current FACT 

inspectors who have experience with 

Investigational New Drug (IND) products will 

serve as inspectors for these types of 

inspections. The inspectors are all motivated to 

serve this effort and are knowledgeable about 

the intricacies of INDs. The inspectors’ 

motivation, like FACT’s, is clearly to advance 

the quality of the research, not restrict it. 

FACT will follow its existing policy for 

cellular therapy products processed under IND 

requirements. When a FACT requirement is 

forbidden by the IND, the IND will override the 

standards. When a FACT requirement is not 

forbidden but simply not required by the IND, 

the FACT requirement overrides the IND. This 

is the same logic used for governmental 

regulations. 

Inspections will assess processing of 

hematopoietic-derived cells administered to 

patients. If a facility performs processing with 

cells from other sources, those will only be 

inspected in regards to how they impact the 

accredited processes (e.g., shared equipment, 

risk of contamination, etc.). Four facilities are 

already accredited for cellular product types 

other than HPCs under the former processing 

demonstrating the applicability of the Standards 

and accreditation process to these other cell 

types. 

 

Cord Blood Standards to be Released for 

Public Comment in September 
The Cord Blood Standards Committee, led 

by Carolyn Taylor, PhD, is preparing its final 

draft of the 5th edition NetCord-FACT 

International Standards for Cord Blood 

Collection, Banking, and Release for 

Administration for public comment and review, 

which will be published in early September. All  

cord blood banks, collecting personnel, 

transplant programs, registries, and other 

stakeholders are strongly encouraged to review 

these requirements and submit comments and 

feedback. FACT is built upon the consensus of 

the field, and the relevance and usefulness of 

the requirements are dependent on the input of 

all entities and individuals involved in cord 

blood banking and administration. 

The draft 5th edition Cord Blood Standards 

has been revised for clarity and updated to 

reflect changes in the regulatory environment, 

most specifically the new licensure and IND 

requirements of the United States Food and 

Drug Administration (FDA). The changes are 

believed to provide helpful direction with 

interpreting the intent of the Standards and 

maintain regulatory compliance. 

 

The FACT Cellular Therapy Workshop 

at the BMT Tandem Meetings is Now 

Open for Registration 
This workshop, on Feb. 12, 2013, in Salt 

Lake City, will discuss experiences with the 

first inspections conducted under the 5th edition 

FACT-JACIE Standards and with the 

FACTWeb Accreditation Portal. The Clinical 

Program Track will discuss information 

pertinent to Clinical Programs. The 

Introduction to Cellular Therapy Inspections 

Track provides introductory information 

related to the inspection of clinical, collection, 

processing, and quality management functions 

within a cellular therapy program 

Participants are asked to bring a laptop for 

use during demonstrations of the FACTWeb 

Accreditation Portal. Registration is available 

on the FACT website. 

 
 

http://www.factweb.org/forms/meeting/MeetingFormPublic/view?id=111EA000000C0
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Do you have news, responses or opinions to share with us?  
Please e-mail the association office at enews@asbmt.org. 

 

 

 
 

 

 

 

•NOVEMBER (CONT.) 
European Association of Tissue 
Banks 
21st Annual Congress of the 
Association of Tissue Banks 
November 21-23 
Vienna, Austria 
 

•DECEMBER 
American Society of Hematology 
54th Annual Meeting 
December 8-11 
Atlanta, Georgia 
 

•JANUARY 
Cell & Gene Therapy Forum 
January 28-30 
Washington, D.C. 
 

• 2013 
BMT Tandem Meetings 
Combined ASBMT and CIBMTR 
Annual Meetings 
February 13-17 
Salt Lake City, Utah 
 

• 2014 
BMT Tandem Meetings 
Combined ASBMT and CIBMTR 
Annual Meetings 
February 26-March 2 
Dallas, Texas 

 

 

•SEPTEMBER 
World Cord Blood Congress 
September 20-21 
Boston, Massachusetts 
 
ESH-iCMLf 14th International 
Conference 
Chronic Myeloid Leukemia: Biology 
and Therapy 
14th International Conference 
September 20-23 
Baltimore, Maryland 
 
European Society for Medical 
Oncology 
37th Congress 
September 28-October 2 
Vienna, Austria 

 
•OCTOBER 
2nd World Congress on 
Controversies in Hematology 
October 4-7 
Istanbul, Turkey 
 
American Association of Blood 
Banks 
2012 Annual Meeting 
October 6-9 
Boston, Massachusetts 
 
European Society of Gene & Cell 
Therapy 
20th Anniversary Congress 
October 26-29 
Versailles, France 
 

•OCTOBER (CONT.) 
American Society for 
Histocompatibility and 
Immunogenetics 
38th Annual Meeting 
October 8-12 
San Juan, Puerto Rico 
 

•NOVEMBER 
GVHD National Symposium 
November 2 
Independence, Ohio 
 

National Institutes of Health 
2nd International Workshop: Biology, 
Prevention, and Treatment of 
Relapse After Hematopoietic Stem 
Cell Transplantation 
November 5-6 
Bethesda, Maryland 
 
2012 National Marrow Donor 
Program Council Meeting 
November 8-10 
Minneapolis, Minnesota 
 

International Conference on 
Regenerative & Functional 
Medicine 
November 12-14 
San Antonio, Texas 
 
Neoplastic Hemapathology Update 
November 15-17 
Palm Beach, Florida 
 
 

CALENDAR OF EVENTS 
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