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Sponsor 

Novartis Pharmaceuticals 

Generic Drug Name 

Deferasirox 

Deferoxamine 

Deferiprone 

Trial Indication(s) 

Chronic iron overload 

Protocol Number 

CICL670ADE14  

Protocol Title 

EXCALIBUR. A prospective non-interventional study on iron chelation therapy in patients with chronic iron overload 

Clinical Trial Phase 

Phase IV 

Phase of Drug Development 

NA 
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Study Start/End Dates   

Study start date: 15 Sep 2015 

Study completion date: 29 Oct 2021 

Reason for Termination  

NA 

Study Design/Methodology 

This non-interventional study (NIS) aimed to document the daily clinical practice of iron overload treatment in Germany with all 
available iron chelators and to describe differences between theses iron chelators.  
This study was a prospective, multicenter NIS, meaning that treatment did not follow a pre-defined protocol, but exclusively 
routine medical practice.  

The regular observation period in EXCALIBUR was 24 months for patients without a change of the iron chelator. Follow-up 
visits could be documented after approximately 1, 3, 6, 9, 12 and 18 months, with a final visit after 24 months or at the end of 
the observation phase, whichever occurred first. If the product was changed before 31-Oct-2019, the observation period was 
extended again by 24 months.  

Centers 

106 centers in Germany 

Objectives: 

The aim of this NIS was to gain knowledge from daily medical routine of all patients with chronic iron overload who are treated 
with an approved iron chelator in accordance with the respective SmPC.  

Primary objective(s) 
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• Effectiveness of iron chelation treatment with all approved iron chelating agents in daily medical routine. The serum 
ferritin value was used to assess the effectiveness of the treatment.  

Secondary objective(s) 

 

• Use and application of all approved iron chelators in hemato/oncological practices in Germany according to the 
respective SmPC. For this purpose, the various preparations, the dose over the course, dose adjustments, side effect 
management and the reason for treatment were documented.  

• Determination of the frequency of switch to a new iron chelator and the reason for switching.  

• Determination of the hematological response in patients with myelodysplastic syndromes (MDS) under iron chelation 
treatment with all available iron chelators in daily medical routine. The hematological response was monitored by 
documentation of hematological parameters and need for transfusion. The valid International Working Group (IWG) 
criteria (Cheson BD, Greenberg PL, Bennett JM, et al. Clinical application and proposal for modification of the 
International Working Group (IWG) response criteria in myelodysplasia. Blood 2006;108(2):419-25)  were used for 
assessment. Hematological response was also determined for patients with myeloproliferative neoplasms (MPN).  

• Determination of the safety and tolerability of the prescribed iron chelating agents in daily medical routine and the 
associated treatment management. The documentation of the safety and tolerability of all approved iron chelators within 
a NIS enables the detection of possible side effects in a broad patient collective of different ages and with different 
indications, which no clinical study can depict.  

• Presentation and comparison of general satisfaction with all approved iron chelators in everyday life using the treatment 
satisfaction questionnaire for medication (TSQM-14).  

 

Test Product (s), Dose(s), and Mode(s) of Administration 

Not applicable 
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Statistical Methods  

Statistical analyses were purely exploratory and descriptive. The study was not aimed to confirm or reject pre-defined 
hypotheses. The statistical evaluation was performed using the software package SAS release 9.4.  
Continuous data were described by the number of patients in population, non-missing and missing values, mean, standard 
deviation, median, minimum, maximum as well as lower and upper quartiles and 5 and 95 percentiles.  
Categorical data including categories of continuous data were presented in frequency tables containing absolute and relative 
frequencies.  
Data were analyzed for all patients, and separately for patients with MDS and for patients with MPN diagnosis at study 
inclusion visit. Results were summarized in total and by start treatment or by treatment.  
The main analysis set for this NIS was the FAS. All tables, figures and listings (TFL) except for AEs were analyzed for the FAS. 
All tables for AEs were calculated for the SAF.  
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Study Population: Key Inclusion/Exclusion Criteria  

All patients with chronic iron overload who  
• had been treated with an iron chelating agent for less than 6 months,  

• who had never been treated with an iron chelator before starting current iron chelation treatment, or  

• who had discontinued iron chelation treatment more than 6 months ago and started iron chelation treatment again, and  

• who signed the informed consent  
 
could be documented in this NIS. The inclusion and exclusion criteria were based on the SmPC of the respective iron chelator.  

Patients could not participate in any clinical study in parallel, since such a study does not constitute routine medical practice and 
is therefore in contrast to the objectives of a NIS. To be documented in this NIS, patients were not allowed to have participated 
in any other NIS for the same indication or any clinical study for at least 6 months. Pregnant patients were excluded from the 
documentation. 
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Participant Flow Table 
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Baseline Characteristics 

 



  Page 8 of 23 

Clinical Trial Results (CTR)  CICL670ADE14 

 

 



  Page 9 of 23 

Clinical Trial Results (CTR)  CICL670ADE14 

 

 



  Page 10 of 23 

Clinical Trial Results (CTR)  CICL670ADE14 

 

Primary Outcome Result(s) 

Efficiency of iron overload therapy – Serum ferritin change from baseline during start treatment, by start treatment 
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Secondary Outcome Result(s) 

 

Number of patients treated with different iron chelators  
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Number of patients with therapy switch  
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Number of patients with dose adjustments  
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Number of patients with myelodysplastic syndromes or myeloproliferative neoplasms experiencing a hematologic 
response during an iron chelation therapy - Hematological response in MDS/MPN patients 
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Number of patients with AEs and SAE  
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Number of patients with side effects  
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Treatment Satisfaction Questionnaire to Medication (TSQM) 1.4  
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Safety Results 

Refer to adverse events tables in the outcomes section 

Other Relevant Findings 

NA 

 

Conclusion: 

This study provided valuable insights into the utilization, effectiveness, safety, and patient’s satisfaction in daily medical 
practice, while additionally documenting change of iron chelator medication. A large proportion of patients switched from 
deferasirox DT to deferasirox FCT, mainly due to more convenient application. This was also reflected in the TSQM-14 scores. 
There was a slight tendency towards decreasing scores from month 1 to month 3, and towards increasing scores after 
treatment change. Deferasirox FCT and deferoxamine were effective in lowering serum ferritin levels, however for deferasirox 
DT patient numbers at later time points were too small for a meaningful interpretation. The observed ADRs were in line with the 
known safety profile. 

 

Date of Clinical Study Report 

19 Jul 2022 

 


