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(http://www.anzctr.org.au/Support/AboutUs.aspx)), Clinical Trials Registry-India (CTRI
(http://ctri.nic.in/Clinicaltrials/login.php)), German Clinical Trials Register (DRKS (http.//www.drks.de)), and Iranian
Registry of Clinical Trials (IRCT (http.//www.irct.ir/)).

Standard Therapies with blood-forming stem cells

These are diseases for which transplants of blood-forming stem cells (Hematopoietic Stem Cell Transplants, HSCT) are a
standard treatment. For some diseases they are the only therapy, and in other diseases they are only employed when
front-line therapies have failed or the disease is very aggressive. The lists below include ALL therapies that use blood-
forming stem cells, without distinction as to whether the stem cells were extracted from bone marrow, peripheral blood, or
cord blood.

Most of the diseases for which HSCT is a standard treatment are disorders of blood cell lineage. The proliferation by
which blood cells are formed from stem cells is illustrated in the side graphic (click on the image to expand it); you can
also read about specific cell types in the immune system in more detail
(http://nobelprize.org/medicine/educational/immunity/immune-detail.html). In the United States, most health insurance
providers will pay for a stem cell transplant if it is a "standard therapy" for the patient's diagnosis.

Leukemia (http://www.leukemia-lymphoma.org/all_page?item_id=7026) is a cancer of the
blood immune system, where the cells are called leukocytes or white cells

Diagnosis Allogeneic Autologous
Acute Lymphoblastic Leukemia (ALL) v
Acute Myelogenous Leukemia (AML) v
Acute Biphenotypic Leukemia v
Acute Undifferentiated Leukemia v
Chronic Lymphocytic Leukemia (CLL) v
Chronic Myelogenous Leukemia (CML) v
Juvenile Chronic Myelogenous Leukemia (JCML) v
Juvenile Myelomonocytic Leukemia (JMML) v

Myelodysplastic Syndromes
(http://lwww.cancer.gov/cancertopics/pdg/treatment/myelodysplastic/Patient/page1) are
also called pre-leukemia

Diagnosis Allogeneic Autologous
Refractory Anemia v
Refractory Anemia with Ringed Sideroblasts (Sideroblastic anemia v

(http://en.wikipedia.org/wiki/Sideroblastic_anemia))

Refractory Anemia with Excess Blasts v
Refractory Anemia with Excess Blasts in Transformation v
Chronic Myelomonocytic Leukemia (CMML) v

Lymphoma (http://www.leukemia-lymphoma.org/all_page?item_id=7030) is a cancer of
the leukocytes that circulate in the blood and lymph vessels
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Diagnosis Allogeneic Autologous
Hodgkin's Lymphoma v v
Non-Hodgkin's Lymphoma (Burkitt's Lymphoma (http://www.burkitts.org/)) v

Other Disorders of Blood Cell Proliferation
Diagnosis Allogeneic Autologous
Anemias (http://www.aamds.org) are deficiencies or malformations of red cells:
Aplastic Anemia (http://onlinelibrary.wiley.com/doi/10.1002/pbc.22970/abstract) v

Fanconi Anemia (http://www.fanconi.org/) v
(The first cord blood transplant in 1988 was for FA, an inherited disorder)

Congenital Dyserythropoietic Anemia (http://www.ncbi.nlm.nih.gov/entrez/query.fcgi? v
cmd=Retrieve&db=PubMed&list_uids=12180113&dopt=Abstract)

Paroxysmal Nocturnal Hemoglobinuria (http://emedicine.medscape.com/article/207468- v
overview) (PNH)

Inherited Red Cell Abnormalities
Red cells (http://www.redcrossblood.org/learn-about-blood/blood-components/whole-
blood-and-red-blood-cells) contain hemoglobin and carry oxygen to the body:

Sickle Cell Disease (http://www.sicklecelldisease.org/) v
Beta Thalassemia Major (http://www.thalassemia.com/) (aka Cooley's Anemia) v
Diamond-Blackfan Anemia (http://ghr.nim.nih.gov/condition/diamond-blackfan-anemia) v
Pure Red Cell Aplasia (http://emedicine.medscape.com/article/205695-overview) v

Inherited Platelet Abnormalities
Platelets (http://www.redcrossblood.org/learn-about-blood/blood-components/platelets)
are blood cells needed for clotting:

Amegakaryocytosis / Congenital Thrombocytopenia v

Glanzmann Thrombasthenia (http://onlinelibrary.wiley.com/doi/10.1111/j.1399- v
3046.2009.01251.x/abstract)

Inherited Immune System Disorders: Severe Combined Immunodeficiency:
(http://www.scid.net/)

SCID with Adenosine Deaminase Deficiency (ADA-SCID) v
SCID which is X-linked v
SCID with absence of T & B Cells v
SCID with absence of T Cells, Normal B Cells v
Omenn Syndrome (http://emedicine.medscape.com/article/887687-overview) v

Inherited Immune System Disorders: Neutropenias (http://www.neutropenia.ca/)
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Infantile Genetic Agranulocytosis (Kostmann Syndrome v
(http://onlinelibrary.wiley.com/doi/10.1111/j.1651-2227.2007.00274 .x/abstract))

Myelokathexis (http://www.ncbi.nim.nih.gov/entrez/query.fcgi? v
holding=npg&cmd=Retrieve&db=PubMed&list_uids=10607719&dopt=Abstract)

Inherited Immune System Disorders: Other
Ataxia-Telangiectasia (http://www.ncbi.nlm.nih.gov/pubmed/17586848) v

Bare Lymphocyte Syndrome (http://www.madisonsfoundation.org/index.php? v
option=com_mpower&task=disease&diseaselD=310)

Common Variable Immunodeficiency (http://primaryimmune.org/about-primary- v
immunodeficiencies/specific-disease-types/common-variable-immune-deficiency/)

DiGeorge Syndrome (http://primaryimmune.org/about-primary- v
immunodeficiencies/specific-disease-types/digeorge-syndrome/)

Hemophagocytic Lymphohistiocytosis (http://www.ncbi.nim.nih.gov/pubmed/22161639) v

Leukocyte Adhesion Deficiency (http://emedicine.medscape.com/article/887236- v
overview)

Lymphoproliferative Disorders (http://emedicine.medscape.com/article/987765-overview) Vv

Lymphoproliferative Disorder, X-linked (http://www.chop.edu/service/oncology/our- v
programs/hereditary-cancer-predisposition-program/genetic-syndromes-with-cancer-
risks/x-linked-lymphoproliferative-syndrome.html) (Susceptibility to Epstein-Barr virus)

Wiskott-Aldrich Syndrome (http://primaryimmune.org/about-primary- v
immunodeficiencies/specific-disease-types/wiskott-aldrich-syndrome/)

Myeloproliferative Disorders:
(http://www.cancer.gov/cancertopics/types/myeloproliferative)

Acute Myelofibrosis v
Agnogenic Myeloid Metaplasia (Myelofibrosis) v
Polycythemia Vera v
Essential Thrombocythemia v

Phagocyte (https://primaryimmune.org/about-primary-immunodeficiencies/specific-
disease-types/chronic-granulomatous-disease-and-other-phagocytic-cell-disorders)
Disorders

These are immune system cells that engulf and kill foreign organisms:

Chediak-Higashi Syndrome v
(http://www.nature.com/bmt/journal/v39/n7/full/1705600a.html)

Chronic Granulomatous Disease v
Neutrophil Actin Deficiency v
Reticular Dysgenesis (http://www.ncbi.nim.nih.gov/pubmed/12040473) v

Bone Marrow Cancers:
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Multiple Myeloma (http://www.myelomabeacon.com/news/2012/01/06/top-myeloma- v v
beacon-news-articles-of-2011/)

Plasma Cell Leukemia (http://www.haematologica.org/content/95/5/804.abstract? v v
ijkey=473db17d8e2ee46638012ec0974ee0edef40cec8&keytype2=tf ipsecsha)

Waldenstrom's Macroglobulinemia (http://www.bbmt.org/article/S1083- v v
8791%2806%2900318-1/abstract)

Transplants for Inherited Disorders of the Immune System & Other Organs
(http://www.ncbi.nlm.nih.gov/entrez/query.fcgi?
cmd=Retrieve&db=PubMed&list_uids=12430621&dopt=Abstract)

Diagnosis Allogeneic Autologous
Cartilage-Hair Hypoplasia (http://bloodjournal.hematologylibrary.org/content/116/1/27.full) v

Erythropoietic Porphyria v
(http://www.jscimedcentral.com/Hematology/Articles/hematology-1-1005.php)

Hermansky-Pudlak Syndrome v
(http://pediatrics.aappublications.org/content/132/1/153.short)

Pearson's Syndrome (https://www.thieme-connect.com/ejournals/abstract/10.1055/s- v
0034-1368760)

Shwachman-Diamond Syndrome (https://www.seattlechildrens.org/medical- v
conditions/heart-blood-conditions/shwachman-diamond-syndrome-treatment/)

Systemic Mastocytosis (http://www.nature.com/bmt/journal/v37/n4/full/1705245a.html) v

Transplants for Inherited Metabolic Disorders
Diagnosis Allogeneic Autologous
Mucopolysaccharidosis (MPS) Storage Diseases: (http://www.mpssociety.ca/)
Hurler Syndrome (MPS-IH) (http://www.nejm.org/doi/full/10.1056/nejmoa032613) v

Scheie Syndrome (MPS-IS) v
(http://www.nature.com/bmt/journal/v31/n4/full/1703839a.html)

Hunter Syndrome (MPS-II) v
(http://bloodjournal.hematologylibrary.org/content/112/7/2979.full)

Sanfilippo Syndrome (MPS-II) v
(http://bloodjournal.hematologylibrary.org/content/112/7/2979.full)

Morquio Syndrome (MPS-1V) (http://www.ncbi.nlm.nih.gov/pmc/articles/PMC3572824/) v

Maroteaux-Lamy Syndrome (MPS-VI) v
(http://pediatrics.aappublications.org/content/120/2/405 full)

Sly Syndrome (MPS-VII) (http://www.ncbi.nim.nih.gov/pubmed/9543069) (beta- v
glucuronidase deficiency)

Mucolipidosis Il (I-cell Disease) v
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Leukodystrophy Disorders: (http://www.ntsad.org/index.php/leukodystrophies-diseases)

Adrenoleukodystrophy (ALD) v
(http://bloodjournal.hematologylibrary.org/content/112/7/2979.full)

Krabbe Disease (http://www.nejm.org/doi/full/10.1056/nejmoa042604)(Globoid Cell v
Leukodystrophy)
Metachromatic Leukodystrophy v

(http://bloodjournal.hematologylibrary.org/content/112/7/2979.full)

Pelizaeus-Merzbacher Disease v
(http://bloodjournal.hematologylibrary.org/content/112/7/2979.full)

Lysosomal Storage Diseases: (http://www.ntsad.org/index.php/lysosmal-storage-
diseases)

Niemann-Pick Disease (http://bloodjournal.hematologylibrary.org/content/112/7/2979.full) Vv
Sandhoff Disease (http://bloodjournal.hematologylibrary.org/content/112/7/2979.full) v
Wolman Disease (http://www.nature.com/bmt/journal/v26/n5/full/1702557a.html) v
Other Inherited Metabolic Disorders:

Lesch-Nyhan Syndrome (http://www.ncbi.nIm.nih.gov/pubmed/22350962) v

Osteopetrosis (http://masonshafferfoundation.org/?page_id=117) v

Solid tumors not originating in the blood or immune system

Diagnosis Allogeneic Autologous
Neuroblastoma (http://www.ncbi.nlm.nih.gov/pubmed/14663275) v
Medulloblastoma (http://www.eurocord.sk/images/stories/PDF/andrej.pdf) v
Retinoblastoma (http://www.insception.com/meet-jesse) v

Diseases and Disorders that have been in Clinical Trials
with Cord Blood or Cord Tissue Cells

A "clinical trial" is a study in human patients for an emerging therapy that has not been adopted as standard therapy. This
website has pages that enable patients to search worldwide for currently recruiting clinical trials with ether cord blood
(https://parentsguidecordblood.org/en/trials) or umbilical cord tissue MSC (https://parentsguidecordblood.org/en/trials-
umbilical-cord-tissue). The table below checks off all diagnoses that have ever been treated in clinical trials with cord
blood or cord tissue, regardless of whether the trials are still open.

The phases of U.S. clinical trials in humans are defined as follows (in other countries phases may be different):

1. Phase 1: Safety study to see if the procedure or drug is well-tolerated.

2. Phase 2: Larger study to measure effectiveness of the new treatment against a control group.

3. Phase 3: Even larger study to compare the effect of various parameters such as dose and administration, and to
monitor side effects prior to market release.

4. Phase 4: Post-marketing studies to learn even more about risks, benefits, and optimal use.

Neurologic Disorder
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Diagnosis Cord Blood
Allogeneic

Alzheimer's disease v

Autism v

Cerebral Palsy v

Encephalopathy

Global Developmental Delay v

Hearing Loss (acquired sensorineural)

Intraventricular Hemorrhage v
Parkinson's disease v
Spinal Cord Injury v
Stroke v
Traumatic Brain Injury v

Auto-Immune Disorders

Diagnosis

Alopecia Areata

Amyotrophic Lateral Sclerosis (ALS) (http://www.alsa.org/about-als/what-
is-als.html)

Crohn's Disease (http://www.ccfa.org/)

Eczema (Atopic Dermatitis)

Graft-versus-Host Disease (GvHD) (http://bmtinfonet.org/after/GVHD)
Lupus (http://www.lupus.org)

Multiple Sclerosis (http://www.msfocus.org/learn-about-multiple-
sclerosis.aspx)

Psoriasis

Rheumatoid Arthritis (http://www.arthritis.org/rheumatoid-arthritis.php)
Scleroderma (http://www.scleroderma.org)

Systemic Sclerosis

Ulcerative Colitis

Cardiovascular
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Diagnosis Cord Cord Blood Cord
Blood Autologous Tissue
Allogeneic Allogeneic

Acute Myocardial Infarction (Heart Attack) v

Cardiomyopathy v

Critical Limb Ischemia (CLI) v v

(http://www.aafp.org/afp/990401ap/1899.html)

Heart Failure v
Peripheral Arterial Disease (PAD) v v
Surgery for Congenital Heart Defects v
Diabetic
Diagnosis Cord Blood CordBlood Cord Tissue

Allogeneic Autologous  Allogeneic

Diabetes, Type 1 (http://www.diabetes.org/diabetes-basics/type-1/) v v
(this is Auto-Immune)

Diabetes, Type 2 v v v
Diabetic Foot Ulcer v
Diabetic Peripheral Neuropathy v

Genetic and/or Metabolic Disorders

Diagnosis Cord Cord Blood Cord
Blood Autologous Tissue
Allogeneic Allogeneic

Aging Frailty v v

Duchenne Muscular Dystrophy v

Epidermolysis Bullosa (http://www.nhlbi.nih.gov/health/health- v

topics/topics/bpd/)

Hereditary Ataxia v

Lysosomal Storage Diseases (http://www.ntsad.org/index.php/lysosmal- v

storage-diseases)

Metabolic Syndrome v
Severe Combined Immunodeficiency v
Spinal muscular atrophy v
Tay-Sachs Disease v

Orthopedic
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Diagnosis

Ankylosing Spondylitis
Cartilage Injury

Cleft Palate Repair
Non-Union Fractures
Osteoarthritis
Osteochondral Lesion

Spinal Fusion Surgery

Other

Diagnosis

Diseases Treated

Cord Blood Cord Blood

Allogeneic Autologous

v

v

v
Cord Blood Cord Blood
Allogeneic Autologous

Acute Respiratory Distress Syndrome (ARDS)

BronchoPulmonary Dysplasia (BPD)
(lung disorder due to premature birth)

Erectile Dysfunction

Eye Diseases

Fistula

HIV

Kidney Failure

Liver Cirrhosis

Liver Failure

Peyronie's Disease
Premature Ovarian Failure
Uterine Scars

Wounds

Experimental Treatments

These are diagnoses for which stem cell treatments are being studied either in the laboratory with cell cultures or in

animals that mimic the human disease. The experimental therapies are not yet in human clinical trials. In experimental

Cord Tissue
Allogeneic
v
v
v
v
v
v
Cord Tissue
Allogeneic
v
v
v
v
v
v
v
v
v
v
v
v

research, it is often not clear whether an eventual therapy, if developed, would be Autologous or Allogeneic.

Due to the explosion of stem cell research and the difficulty keeping track of which studies are promising, this section

does not have a list.
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