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Telix Granted FDA Orphan Drug Designation for Bone Marrow 

Conditioning Treatment 
  

Melbourne (Australia) and Indianapolis, IN (U.S.A.) – 29 March 2022. Telix Pharmaceuticals 
Limited (ASX: TLX, Telix, the Company) today announces that the United States Food and Drug 
Administration (FDA) has granted Orphan Drug Designation (ODD) for TLX66 (90Y-besilesomab), for 
conditioning treatment prior to hematopoietic stem cell transplant (HSCT). The granting of an ODD 
for TLX66 qualifies Telix for various drug development incentives, which may include FDA 
administered market exclusivity for seven years, waived FDA prescription drug user fees, and tax 
credits for R&D and clinical development costs. 
 
Bone marrow conditioning is performed prior to HSCT, a procedure where the patient's bone marrow 
is cleared of cells and replaced by stem cells (cells that can develop into different types of cells), to 
encourage production of new bone marrow that produces healthy blood cells. Traditional 
conditioning regimens are associated with morbidity and mortality from chemotherapy, limiting their 
use particularly in pediatric and rare diseases.1 
 
TLX66 has the potential to add to the depth of conditioning, thereby removing additional disease-
causing cells. In addition, TLX66’s potential to reduce the toxicity of existing conditioning regimens 
could increase the number of patients that are eligible for transplant.  
 
HSCT is being used increasingly in malignant hematological conditions, such as multiple myeloma 
and acute myeloid leukemia, and in non-hematological malignancies and rare / immune-mediated 
diseases.2 In 2018, 22,729 HSCTs were performed in the United States.3 
 
During 2021, the Company reported initial results for safety and tolerability for the Targeted 
Radiotherapy for AL-amyloidosis (TRALA), a Phase I trial conducted at the University of 
Southampton, United Kingdom.4 The study found that TLX66 was well-tolerated in patients with 
systemic amyloid light chain amyloidosis (SALA), enabling successful engraftment of the patients’ 
own transplanted stem cells without the need for toxic chemotherapy in this rare immune condition 
with a poor prognosis.  
 
Telix Chief Medical Officer, Dr Colin Hayward said, “The granting of an Orphan Drug Designation by 
the FDA for TLX66, combined with recent encouraging data from prior studies in hematological 
malignancies and autoimmune disease provides a strong impetus to advance our development plans 
for TLX66.  This treatment has potential application in a number of hematological cancers and rare 
diseases and potentially also in the future for conditioning for cell and gene therapies.” 

 
1 Hasib Sidiqi M et al. Journal of Clinical Oncology. 2018. 
2 Average annual growth is >20% according to the Center for International Blood and Marrow Transplant Research 
(CIBMTR). 
3 CIBMTR 2021. Telix estimates the total addressable market value for TLX66 in United States and Europe at US$600 
million based on reported incidence x estimated unit dosing price, based on incidence 12 per 1 million per annum in U.S. 
and E.U. (Monique Minnema and Stefan Schönland, The EBMT Handbook: Hematopoietic Stem Cell Transplantation 
and Cellular Therapies, 2019). 
4 ASX disclosure 25 May 2021. 
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TLX66 has also previously been granted ODD status by the European Medicines Agency in Europe 
for treatment in hematopoietic stem cell transplantation. TLX66 (90Y-besilesomab) has not received 
a marketing authorisation approval in any jurisdiction.   

About Telix Pharmaceuticals Limited  
Telix is a biopharmaceutical company focused on the development and commercialisation of 
diagnostic and therapeutic products using Molecularly Targeted Radiation (MTR). Telix is 
headquartered in Melbourne, Australia with international operations in Belgium, Japan, Switzerland, 
and the United States. Telix is developing a portfolio of clinical-stage products that address 
significant unmet medical need in oncology and rare diseases. Telix is listed on the Australian 
Securities Exchange (ASX: TLX). For more information visit www.telixpharma.com and follow Telix 
on Twitter (@TelixPharma) and LinkedIn.  
 
Telix’s lead product, Illuccix® (kit for preparation of gallium-68 (68Ga) gozetotide (also known as 68Ga 
PSMA-11) injection) for prostate cancer imaging, has been approved by the U.S. Food and Drug 
Administration (FDA),5 and by the Australian Therapeutic Goods Administration (TGA).6 Telix is also 
progressing marketing authorisation applications for this investigational candidate in Europe7 and 
Canada.8  
 
 
Telix Investor Relations 
Ms. Kyahn Williamson 
Telix Pharmaceuticals Limited 
SVP Corporate Communications and Investor Relations 
Email: kyahn.williamson@telixpharma.com 
 
This announcement has been authorised for release by Dr. Christian Behrenbruch, Managing Director and Group Chief 
Executive Officer.  

Legal Notices 

This announcement may include forward-looking statements that relate to anticipated future events, financial performance, 
plans, strategies or business developments.  Forward-looking statements can generally be identified by the use of words 
such as “may”, “expect”, “intend”, “plan”, “estimate”, “anticipate”, “outlook”, “forecast” and “guidance”, or other similar words. 
Forward-looking statements involve known and unknown risks, uncertainties and other factors that may cause our actual 
results, levels of activity, performance or achievements to differ materially from any future results, levels of activity, 
performance or achievements expressed or implied by these forward-looking statements. Forward-looking statements are 
based on the Company’s good-faith assumptions as to the financial, market, regulatory and other considerations that exist 
and affect the Company’s business and operations in the future and there can be no assurance that any of the assumptions 
will prove to be correct. In the context of Telix’s business, forward-looking statements may include, but are not limited to, 
statements about: the initiation, timing, progress and results of Telix’s preclinical and clinical studies, and Telix’s research 
and development programs; Telix’s ability to advance product candidates into, enrol and successfully complete, clinical 
studies, including multi-national clinical trials; the timing or likelihood of regulatory filings and approvals, manufacturing 
activities and product marketing activities; the commercialisation of Telix’s product candidates, if or when they have been 
approved; estimates of Telix’s expenses, future revenues and capital requirements; Telix’s financial performance; 
developments relating to Telix’s competitors and industry; and the pricing and reimbursement of Telix’s product candidates, 
if and after they have been approved. Telix’s actual results, performance or achievements may be materially different from 
those which may be expressed or implied by such statements, and the differences may be adverse. Accordingly, you 
should not place undue reliance on these forward-looking statements.  
 
To the maximum extent permitted by law, Telix disclaims any obligation or undertaking to publicly update or revise any 
forward-looking statements contained in this announcement, whether as a result of new information, future developments 
or a change in expectations or assumptions.   
The Telix Pharmaceuticals name and logo are trademarks of Telix Pharmaceuticals Limited and its affiliates (all rights 
reserved).   

 
5 ASX disclosure 20 December 2021. 
6 ASX disclosure 2 November 2021. 
7 ASX disclosure 10 December 2021. 
8 ASX disclosure 16 December 2020. 
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